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89 006 

107 th Congress 

Report 

HOUSE OF REPRESENTATIVES 

1st Session 

107 195 

MUSCULAR DYSTROPHY COMMUNITY ASSISTANCE, RESEARCH AND. EDUCATION 
AMENDMENTS OF 2001 

September 5, 2001. --Committed to the Committee of the Whole Hou.se on 
the State of the Union and ordered to be printed 

Mr..Tauzin, from the Committee on Energy and Commerce, submitted the 
following 
RE·P ORT 

[To accompany H.R. 717) · 

[Including cost estimate of the Congressional Budget Office) 

The Committee on Energy and Commerce, to whom was referred the bill 
(H.R. 717) to amend the Public Health Service Act to provide for 
research and services with respect to Duchenne muscular dystrophy, 
having considered the same, report favorably thereon with amendments and 
recommend that the bill as amended do pass. 

CONTENTS 
Amendment 2 
Purpose and Summary 5 
Background and Need Jor Legislation 6 
Hearin.gs 6 
Committee Consideration 6 
Committee Votes 7 
Committee Oversight Findings 7 
Statement of General· Performance Goals and Objectives 7 
New Budget Authority, Entitlement Authority, and Tax Expenditures7 
Committee Cost Estimate · 7 
Congressional Budget Off ice Estimate 7 
Federal Mandates Statement 9 
Advisory Committee Statement 9 
Constitutional Authority Statement 9 
Applicability to Legislative Branch 10 
Section~by-Section Analysis of the Legislation 10 

12/7/2001 10:37 AM 
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Changes in Existing Law Made by the Bill, as Reported 

AMENDMENT 

The amendment's are as follows: 

Strike all after th~ enacting clause and insert the following: 

SECTION 1. SHORT TITLE. 

This Act may be cited as the ''Muscular Dystrophy Community 
Assistance, ·Research and Education Amendments of 2001' ', or the ''MD 
CARE Act''. , 

SEC, ~- FINDINGS. 

Congr~ss makes the following findings: 

11 

(1) Of the childh9od muscular dystrophies, Duchenne Muscular 
Dystrophy (DMD) is the world's most common and catastrophic form of 
genetic childhood disease, and is characterized by a rapidly progressive 
muscle weakness that almost always results in death, usually by 20 years 
of age. 

(2) Duchenne muscular dystrophy is genetically inherited, and 
mothers. are the carriers in approximately 70 percent of all cases. 

(.3) If a female is a carrier of the dystrophin gene, there is a 50 
percent chance per birth that her male offspring will have Duchenne 
muscular dystrophy, and a 50 percent chance per birth that her female 
otfspring will be carriers. 

( 4). Duchenne is the most common lethal genetic disorder of childhood · 
worldwide, affecting approkimately 1 in every 3,5DO boys worldwide. 

(5) Children with muscular dystrophy exhibit extreme symptoms of 
weakness, delay in walking, waddling gait, difficulty in climbing 
stairs, and progressive mobility problems often in combination. with 

.muscle.hypertrophy. 
(6) Other forms of muscular dystrophy affecting children and adults 

include Becker, limb girdle, congenital, facioscapulohumeral, myotonic, 
oculophq.ryngeal, distal, and Emery-Dreifuss muscular dystrophies.· 

(7) ;.Myotonic muscular dystrophy (also known as Steinert's disease 
and dystrophia myotonica) is the second most prominent form of muscular 
dystrophy and.the type most commonly found in adults. Unlike any of the 
other mu9cular dystrophies, the muscle weakness is accompanied by 
myo"tonia (delayed relaxation of muscles after contraction) and by a 
variety of abnormalities in addition to tho~e of muscle. 

, (8) Facioscapulohumeral muscular dystrophy (referred to in this 
section as '~FSHD' ') is a neuromuscular disorder that is inherit~d 
genetically and has an estimated frequency of 1 in 20,000. FSHD, 
affecting between 15,000 to 40,DOO perso~s, causes a progressive and 
sever loss of skeletal mus~le gradually bringing weakness and reduced 
mobility. Many persons with FSHD become severely physically disabled and 
spend many decades in a wheelchair. 

(9) FSHD is-regarded as a novel genetic phenomenon resulting from a 
crossover of subtelomeric DNA and may be the only human disease caused 
by a deletion-mutation. 

(10) Each of the muscular dystrophies, though distinct in 
progressivity and severity of symptoms, have a devastating impact on 
tens of thousands of children and adults throughout the United States 
arid worldwide and impose severe physical and economic burdens on those 
affected. 

(11) Muscular ciystrophies have a significant impact on quality of 
life--not only for the .individual who experiences its painful symptoms 
and resulting disability, but also for family members and caregivers. 

(12) Development of therapies for these disorders, while realistic 
with recent advances in research, is likely to require costly 
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!Changes.in Existing Law Made by the Bill, as Reported 

AMENDMENT 

The amendments are as follows:. 

Strike all after the enacting clause and insert the following: 

SECTION 1. SHORT TITLE. 

This Act· may be cited as the ''Muscular Dystrophy COmmunity 
As.sistance, Research and Education Amendments of. 2001' ', br the ''MD 
CARE Act''. 

SEC. 2. FINDINGS. 

Congress makes the following findings: 

11 

(1) Of the childhood muscular dystrophies, Duchenne Muscular· 
Dystrophy (DMD)' is th_e world's most commbn and catastrophic form of.· 
genetic childhood disease, and is characterized by a rapidly prcigressive 
muscle weakness that.almost always results iil death, usually by 20 years 
of age... · 

(2) Du~henne mus~ular dystrophy is genetically iriherited, and 
mothers· are the carriers in approximately 70 percent of all cases,. 

(3) If a female is a: carrier of the dystrophin. gene, there is a 50 
percent chance per.birth that her male offspring will· have buchenne 
muscular dystrophy, and a 50 percent chance per birth~hat h~r female 
offspring will be carriers. · · . 

(4) Duchenne is the most common lethal genetic disOrder of cl:lildhooci 
worldwide,. affecting approximately 1 in every 3, 500 boys wor~~wide .. 

(5) Children with muscular dystrophy exhibit extreme symptoms.Of 
weakness, delay in walking, waddling gait; difficulty in climbing 
stairs, and progressive mobility problems often-in combinationwith 
muscle hypertrophy. . . . . . . . 

( 6) Other forms of muscular dystrophy affecting.· children and adults 
include. Becker, limb girqle, congenital, facioscapulohumeral, myotonic, 
oculopharyngeal; distal, and Emery-Dreifuss muscular dystrophies .. 

(7) Myotonic muscular dystrophy (also known as Steinert's disease 
and dystrophia myotonica)~ is the second most p~ominent ~6rm of muscular 
dystrophy and the type most commonly found in adults. Unlike any of .the 
other muscular dystrophies, the muscle weakness is accompanied by 
myotonia (delayed relaxation of muscles afte.r contraction) and by a 
variety of abnormalities in addition to those of muscle. . · 

(8) Facioscapulohumeral muscular dystrophy (referred to in this. 
section as ' 'FSHD' ' ) is a: neuromuscular disorder. that is iriheri ted 
genetically and has an estimated frequency. of 1 in 20,000. FSHD, 
affecting between 15, 000 to 40,.000 persons, causes a progressive and . 
sever loss-of skeletal.muscle gradually bringing weakriess·an.d reduced 
mobility. Many persons with FSHD become severely physically disabled a:nd 
spend many decades in a wh1=elchair. · · . · 

( 9) FSHD is regarded as a no:vel ·.genetic phenomenon resulting from a 
crossover of subtelomeric DNA and may be· the only human di.sease caused 
~~ a deletion-mutati~n. . . · 

()0) Each of the muscular dystrophies:, ·though distinct in 
progressivity and severity of symptoms, ·have a de:vastating impact on 
tens ·of thousands of. children. and adults throughout the United. States 
and worldwide and impose severe physical _and economic bu_rdens on·. those 
affected. . .. . . . 

( 11) Muscular dystrophies have a significant impaCt on quality of 
life--not only fbr the individual who experiences its painful symptoms.· 
and resulting. disability, but also for family members and caregivers. 

(12) Development of therapies for the-S?e disorders, while realistic 
with recent advances in research, is likely to require costly 

I 
I 



3of14 

ftp://ftp.loc.gov/pub/thomas/cp 107/hr195. txt 

investments and infrastructure to support gene and other therapies. 
~13) There is a shortage of qualified researchers in the field of 

neuromuscular research. 
(14) Many family physicians and health care professionals lack the 

knowledge and resources to detect and prop~rly diagnose the disease as 
early as possible, thus exacerbating the progressiveness of symptoms in 
cases that go undetected or misdiagnosed. 

(15) There is a need for efficient mechanisms to translate 
clinically relevant findings in muscular dystrophy research from basic 
science to applied work. 

(16) Educating the public and health care community throughout the 
country about this devastating disease is of paramount importance and is 
in every respect in the public interest and to the benefit of all 
communities. 

SEC. 3. EXPANSION, INTENSIFICATION, AND COORDINATION OF 
ACTIVITIES OF NATIONAL INSTITUTES OF HEALTH WITH RESPECT TO RESEARCH ON 
MUSCULAR DYSTROPHY. 

Part A of title IV of the Public Health Service Act (42 U.S.C. 281 et 
Seq.) is amended by adding at the end the following: 

''SEC. 404E. MUSCULAR DYSTROPHY; INITIATIVE THROUGH DIRECTOR 
OF NATIONAL INSTITUTES OF HEALTH. 

··(a) Expansion, Intensification, and Coordination of Activities.--

·· (1) In general.--The Director of NIH, in coordination with the 
Director~ of the Natiohal Institute of Neurological Disorders and 
Stroke, the National Institute of Arthritis and Muscoskeletal and Skin 
Diseases, the National Institute of Child Health and Human Development, 
and the other national research institutes as appropriate, shall expand 
and intensify programs of such Institutes with respect to research and 
related activities concerning various forms of muscular dystrophy, 
including Duchenne, myotonic, facioscapulohumeral muscular dystrophy 
(referred to in this section as 'FSHD') and other forms of muscular 
dystrophy. 

·· (2) Coordination.--Th~ Directors referred to in paragraph (1) 
shall jointly coordinate the programs referred to in such paragraph and 
consult. with the Muscular Dystrophy Interagency Coordinating Committee 
established under section 6 of the MD CARE Act. 

·· (3) Allocations by director of nih.--The Director of NIH shall 
allocate the amounts appropriated to carry out this section for each 
fiscal year among the national research institutes referred to in 
paragraph (1). 
·· (b) Centers of Excelle~ce.--

•· (l) In general.--The Director of NIH shall award grants and 
contracts under subsection (a) (1) to public or nonprofit private 
entities to pay all or part of the cost of planning, establishing, 
improving, .and providing basic operating support for centers of 
excellence regarding research on various forms of muscular dystrophy. 

·· (2) Research.--Each center under paragraph (1) shall supplement 
but not replace the establishment of a comprehensive research portfolio 
i~ all the muscular dystrophi~s~ As a whole, the centers shall conduct· 
basic and clinical.research in all forms of muscular dystrophy including 
early detection, diagnosis, prevention, and treatment, including the 
fields of muscle biology, genetics, noninvasive imaging, genetics, 
pharmacological and other therapies. 

·· (3) Coordination of centers; reports.--:-The Director of NIH--

··(A) shall, as appropriate, provide for the coordination of 
information among centers under paragraph (1) and ensure regular 
communication between such centers; and 

·· (B) shall require the periodic preparation of reports on the 
activities of the centers and the submission of the. reports to the 
Director. 

''(4) Organization of centers.--Each c~nter under paragraph (1)· 
shall use the facilities of a single institution, or be formed from a 
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investments and infrastructure to support gene and other therapies. 
(13) There is a shortage af qualified researchers in the field of 

neuromu~cular research. 
(14) Many family physicians and health care professionals lack the 

knowledge and resources to detect and properly diagnose the disease as 
early as possible, thus exacerbating the progressiveness of symptoms in 
cases that go undetected or misdiagnosed. 

(15) Th~re is a need for efficient mechanisms to. translate 
clinically relevant findings in muscular dystrophy research from basic 
science to applied work. 

(16) Educating the public and health care community throughout the 
country about this devastating disease is of paramount importance and is 
in every respect in the public interest and to the benSfit of all 
communities. · 

SEC. 3. EXPANSION, INTENSIFICATION, AND COORDINATION OF 
ACTIVITIES OF NATIONAL INSTITUTES OF HEALTH WITH.RESPECT TO RESEARCH ON 
MUSCULAR DYSTROPHY. 

Part A of title IV of the Public Health Service Act (42 U.S.C. 281 et 
seq.) is amended by adding at the end the following: 

''SEC. 404E. MUSCULAR DYSTROPHY; INITIATIVE THROUGH DIRECTOR 
OF NATIONAL INSTITUTES OF HEALTH. 

··(a) Expatision, Intensification, and Coordination of Activities.--

·· (1) In general.--The Director of NIH, in coordination with the 
Directors of the National Institute of Neurdlogical Disorders and 
Stroke, the National Institute of Arthritis and Muscoskeletal and Skin 
Diseases, the National Institute of Child Health and Human Development, 
and the othe]'.' national research institutes as appropriate, shall expand 
and intensify programs of such Institutes with respect to research arid 
related activities concerning various forms of muscular dystrophy~ · 
including Duchenne, myotonic, facioscapulohumeral muscular dystrophy 
(referred to in this section as 'FSHD') and other forms of muscular 
dystrophy, r 

·· (2) Coordination.--The Directors referred to in paragraph (1) 
shall jointly coordinate.the programs referred to in such.paragraph and 
consult with the Muscular Dystrophy Interagency Coordinating Committee· 
established under section 6 of the MD CARE Act, 

·· (3) Allocations ~y director of nih.--The Director 6f NIH shall 
allocate the amounts appropriated to carry out this section for each 
fiscal year amotig the national research institutes referred to in 
paragraph (1). 
·· (b) Centers of Excellence.--

·· (1) In general.--The Director of NIH shall award grants and 
contracts under subsection (a) (1) to public or nonprofit private 
entities to pay all or part of the cost.of planning, establishing, 
improving, and providing basic operating support for centers of 
excellerice regarding research on various forms of muscular dystrophy. 

·· (2) Research.--Each center under paragraph (1) shall supplement 
but not replace the establishment of a comprehensive research portfolio 
in all the muscular dystrophies. As.a whole, the centers shall conduct 
basic and clinical research in all forms of muscular dystrophy including 
early detection, diagnosis, prevention, and treatment, including the 
fields of muscle biology, genetics, noninvasive imaging, genetics, 
pharmacological and other therapies; " 

·· (3) Coordination of centers; reports.--The Director of NIH--

··(A) shall, as appropriate, provide for the coordination of 
information among centers under paragraph (1) and ensure ~egular 
communication between such centers; and 

·· (B) shall require the periodic preparation of reports on the 
activities of the centers and the submission of the reports to the 
Director. 

·· (4) Organization of centers.--E~ch center under paragraph (1) 
shall use the facilities o-t a single institution, or be formed from a 
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consortium of cooperating institutions, meeting su.ch requirements as may 
be prescribed by the Director of NIH. 

·· (5) Duration of support.--Support for a center established ~nder 
paragraph .. (1) may be provided under this section for a period of not to 
exceed 5 years. Such period may be extended for 1 or more additional· 
periods .not exceeding 5 years if the operations of such· center have bee.n 
reviewed by an appropriate technical and scientific pee~ review group · 
established by the Director of NIH and if such group has recommended to 
the Director that such period should be extended. 

·· (c) Facilitation of Research.~-The Director of NIH shall provide 
for a program under subsection (a) (1) under which samples of tissues and 
geneticmaterials that are of use in research on muscular dystrophy are 
donated, collected, preserved, and made available for such research. The 
program shall be. carried out in accordance with accepted scientific and 
medical standards for the donation, collection, and preservation of such 
samples .. 
·· (d) Coordinating Committee.--

·· (l) In general.--The Secretary shall establish the Muscular 
Dystrophy Coordinating Committee (referred to in this section as the 
'Coordinating Committee') to coordinate activities across the National 
Institutes and with other Federal health programs and activities 
relating to the various forms of muscular dystrophy. 

"(2) Composition.--The Coordinating Committee shall consist of not 
more than 15 members to be appointed by the Secretary, of which--

.. (A) \2/3\ of such members shall represent governmental agencies, 
including the directors or their desig~ees of each of the national 
research.institutes involved in research with respect to muscular 
dystrophy and representatives of all other Federal departments and 
a~encies whose programs involve health functions or· responsibilities 
relevant to such diseases,· including the Centers for Disease Control and 
Prevention, the Health Resources and Services Administration and the 
Food and Drug Administration and representatives of other governmental 
agencies that serve children with muscular dystrophy, such as the 
Department of Edbcation; and 

· · (B) \1/3\ of such member.s shall be public members,· including a 
broad eross section of persons affected with muscular dystrophies 
including parents or legal guardians, affected individuals, researchers, 
and clinicians. 

Members appointed under subparagraph (B) shall serve for a term of 3 
years, and may serve for an unlimited number of terms if. reappointed. 
·· (3) Chair.--

··(A) In general.--With respect to muscular dystrophy, the Chair of 
the Coordinating Committee shall serve as the principal advisor to the 
Secretary, the Assistant Secretary for Health, and the Director of NrH, 
and shall provide advice to the Director of the Centers for Disease 
Control. and Prevention, the Commissioner of Food and Drugs, and to the 
heads of pther relevant agencies. The Coordinating Committee shall 
select the Chair for a term not to exceed 2 years. 

''(B) Appointment.--The Chair of the Committee shall be appointed by 
and be directly responsible to the Secretary . 

.. (4) Administrative support; terms of service; other 
provisions.--The following shall apply with respect to the Coordinating 
Committee: 

··(A) The Coordinating Committee shall receive necessary and 
appropriate administrative support from the Department of Health and 
Human Services.. . 

·· (B) The Coordinating Committee shall meet as appropriate .as 
determined by .the Secretary, in consultation with the chair. 
~· (e) Plan for HHS Activities.~-

·· (1) In general.--Not later than 1 year after the date of enactment 
of this section, the Coordinating Committee shall develop a plan for 
conducting and supporting research and education on muscular dystrophy 
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consortium pf cooperating institutions, meeting such requirements as may 
be prescribed by the Director of NIH. 

·· (5) Duration of support.--Support for a center established under 
paragraph (1) may be provided under this section for a period of not to 
exceed 5 years. Such period may be extended for 1 or more additional 
periods not exceeding 5 years if the operations of such center have been 
reviewed by an appropriate technical and scienti£ic peer review group 
established by the .Director of NIH and if. such group has recommended to 
the Director that Such period should be extended, 

·· (c) Facilitation of Research.~-The Director of NIH shall provide 
for a program under subsection (a) (1) under which samples of tissues and 
genetic materials that are of use in research on muscular dystrophy are 
donated, collected, preserved, and made available for such research .. The 
program shall be carried out in accordance with accepted scientific arid 
medical standards for the donation, collection, and preservation of such 
samples. · 
·· (d) Coordinating Committee.--

·· (1) In general.--The Secretary shall establish the Muscular 
Dystrophy Coordinating Committee (referred to in this section as the 
·Coordinating Committee') to coordinate activities across the National· 
Institutes and with other Federal health programs and activities 
relating to the various forms of muscular dystrophy. 

·· (2) Composition.--The Coordinating Committee shall consist of not 
more than 15 members to be appointed by the Secretary, of which-~ 

··(A) \2/3\ of such members shall represent gover.nmental agencies, 
including the directors or their designees of each of the national 
research institutes involved in research with respect to muscular 
dystrophy and representatives of all other Federal departments and 
agencies whose programs involve health functions or responsibilities 

. releyant to such diseases, including the Centers for~Disease Control arid 
Prevention, the Health Resources and Services Administration and the 
FoodCand Drug Administratis:m and representatives of other governmental 
agencies that serve children with muscular dystrophy, 3uch as .the 
Department of Education; and 

·· (B) \1/3\ of such members shall be public members, including a 
broad cross section of persons affected with muscular dystrophies 
including parents or legal guaidians, affected individuals, .researchers, 
and clinicians. 

Members appointed under subparagraph (B) shall serve f6r a term of 3 
years, and rhay serve for an unlimit'ed number of terms if reappointed. 

· · ( 3) Chair.·--

··(A) In general.--With respect to muscular dystrophy, the Chair of 
the Coordinating Committee shall serve as the principal advisor to the 
Secretary, the Assistant Secretary for Health, and the Director of NIH, 
and shall provide advice to the Director of the Centers for Disease 
Control and Prevention, the Commissioner of_ Food and Drugs, and to the 
heads ,bf other relevant agencies. The Coordinating Committee shall 
select the Chair for a term not to exceed 2 years. 

·· (B) Appointment.--The Chair of the· committee shall be appointed by 
and be directly responsible to the Secretary . 

.. ·· (4) Administrative support; terms of service; other 
provisions.~-The followin~ shall apply with respect to the Coordinating 
Committee: 

·.··(A) The Coordinating Committee shall receive necessary and 
appropriate administrative support from the Department of Health and 
Human Services. 

·· (B) The Coordinating Committee shall meet as appropriate as 
determined by the Secretary, in consultation with the chair. 
''(e) Plan for HHS Activities.--

·· (1) In general.~-Not later than 1 year after the date of enactment 
of this section, the Coordinating Committee shall develop a plan for 
conducting and supporting research and education on muscular dystrophy 
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through the national research institutes and shall periodically review 
and revise the plan. The plan shall--

.. (A) provide for a broad range of research and education activities 
relating to biomedical, epidemiological, psychosocial, and 
rehabilitative issues, including studies of the impact .of such diseases 
in rural and underserved communities; · 

·· (B) identify priorities among the programs and activities of the 
National Institutes of Health regarding such diseases; and 

·· (C) reflect input from a broad range of scientists, patients, and 
advocacy groups. 

·· (2) Certain elements of plan.-~The plan· under paragraph (1) shall,. 
with respect to each form of muscular dystrophy, provide for the 
following as appropriate: 

··(A) Research to determine the reasons underlying the incidence and 
prevalence of various forms of muscular dystrophy. 

·· (B) Basic research concerning the etiology and genetic links of 
the disease and potential causes of mutations. 
·· (C) The development of improved screening techniques. 

·· (D) Basic and clinical research for the development and evaluation 
of new treatments, including new biological agents. 

·· (E) Information and education programs for health care 
professionals and. the public. 

·· (f) Reports to Congress.--The Coordinating Committee .shall 
biennially submit to the Committee on Energy and Commerce of the House 
of Representatives, and the· Committee on Health, Education, Labor, and 
Pensions of the Senate, a report that describes the research, education, 
and other activities on muscular dystrophy being conducted or supported 
through the Department of Health and Human Services. Each such report 
shall include the following: 

' · · (1) The plan under subsection (e) (1) (or revisions to the plan, as 
the case may be) . 

·· (2) Provisions specifying the amounts expended by the Department 
of Health and Human Services with respect to various forms of muscular 
dystrophy, including Duchenne, myotonic, FSHD and other forms of 
muscular dystrophy. 

· · (3) Provisions identifying particular projects or types of 
projects that should in the future be considered by the national 
research institutes or other entities in the field of research on all 
muscular dystrophies. ' 

· · (g) Public Input.--The Secretary shall, under subsection (a) (1), 
provide for a means through which the public can obtain information on 
the existing and planned.programs and activities of the Department of 
Health and Human Services with respect to various forms of muscular 
dystrophy and through which the Secretary can receive comments from the 
publi~ regarding such programs and activities. 

·· (h) Authorization of Appropriations.--For the purpose of carrying 
out this section, there are authorized to be appropriated such sums as 
may be necessary for each of fiscal years 2002 through 2006. The 
authorization of appropriations established in the preceding sentence is 
in addition to any other authorization of appropriations that is 
available for conducting or supporting through the National Institutes 
of Health research .and other activities with respect to muscular 
dystrophy. ' ' . 

SEC. 4. DEVELOPMENT AND EXPANSION OF ACTIVITIES OF CENTERS FOR 
DISEASE CONTROL AND PREVENTION WITH RESPECT TO EPIDEMIOLOGICAL RESEARCH 
ON MUSCULAR DYSTROPHY. 

Part B of title III of the Public Health SerVice Act (42 U.S.C. 243 
et seq.) is amended by inserting after section 317P the followi~g: 

.. SEC. 31 7Q. SURVEILLANCE AND RESEARCH REGARDING MUS.COLAR DYSTROPHY. 

··(a) In General.--The Secretary, acting through the Director of the 
Centers for Disease Control and Prevention, may award grants and 
cooperative agreements to public or nonprofit private entities 
(including 'health departments of States and political subdivisions of 
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throug:h t[le national research institutes 'and shall periodically review 
and revise the· plan. The plan shall-- . . 

' ' (A) provide for a. broad range of research and education act,ivities 
relating to biomedical, epidemiological, psychosocial, and 
rehabilitative is~rnes, including studies of the impact of such diseases 
in rural and uriderserved communities; · 

'' (B) identify priorities among the programs and activities of the 
National Ins ti tut es of Heal th regarding such di seas.es; and 

'' (C) reflect input frbm a broad range of scientists, patients, and 
advocacy groups. 

-~(2) Certain elements' of plan.--The plan under paragraph (1) shall, 
with respect to each form of. muscular dystrophy, provide for the 
following as appropriate: 

''(A) Research to determine the reasons underlying the incidence and 
prevalence of various forms of muscular dystrophy. · 

'' (B) Basic research concerning the etiology and genetic links of 
the disease and potential causes of mutations. 
'' (C) The development of improved screening techniques. 

'' (D) Basic and clinical research for the development and evaluation 
of. new' treatments~ including new biological agents. 

'' (E) Information an·d education programs for health care 
profeisibnals and the public. 

''(f) Reports to Congress.--The Coordinating Committee shall 
biennially submit to the Committee on Energy and Commerce of .the House' 
of Representatives, and the Committee on Health, Education, Labor; ·and· 
Pensions. of the Senate, a report that describes the research, educc;rtion,. 
and' other activities·on muscular dystrophy being conducted or supported 
through the Department of Health and Human Services. Each such report 
shall include the following: . ' 

' ' (1) The plan under subsection ( e) ( 1) .(or revisions to the plan, as 
the case ma,y be). 

'' ( 2) Provisions specifying .the amounts expended by the Department 
of Heal th 'arid Buman Services with respect to various forms. of muscular 

•dystrophy, including Duchenne, myotonic, FSHD arid other forms of 
muscular dystrophy. . . l 

· ',·.( 3) Provisions identifying particular projects or types of · 
.prpjects that ~hould in the future be considered by the national 
research institutes or other ~ntities in the field of research on all 
muscular dystrophies. ' 

' ' (g) Public Input.--The Secretary shall, under.subsection (a) (1), 
provide for a means through which the pµblic can obtain information on· 
the existing and planned programs and activities of the Department of 
Health and.Buman Services with respect.to various forms of muscular 
-dystrophy and through which the Secretary can receive comments from· the 
'publi6 regarding such programs and activiti~s; · · 

. ' ' (h) Authoriz.ation of Appropriations . .:.-For the purpose ·of carryi,ng . ·· 
out this section, there are authorized to be appropriated such sums as· 
may 'be necessary for each of fiscal ·years 2002 through ,2006. The .. · ·• 
authorization' of. appropriations established in the preceding sentence is 
in :addition to any other authorization of appropriations that is · 
available for conducting or supporting through the .National Institutes 
of. Health research and other activities with respect to muscular · .... 
dystrophy. ' ' . 

. SEC. 4. DEVELOPMENT AND .. EXPANSION OF ACTIVITIES OF CENTERS FOR 
DISEASE CONTROL AND PREVENTION WITH RESPECT TO EPIDEMIOLOGICAL RESEARCH 
ON.MUSCULAR DYSTROPHY. 

Part B of title III of the Public Health Service Act (42 U.S.C, 243 · 
·et seq.) is amended by inserting after section 317P the follo~ing: · 

''SEC~ 317Q. SURVEILLANCE AND RESEARCH REGARDING MUSCULAR DYSTROPHY. 
' ' 

''(a) In General.--The Secretary, acting through ,the Director of the 
Centers for· Disease Control and Prevention, may award grants and 
cooperative agreements to public or nonprofit private entities 
(inclµding health departments of States and political subdivisions of 
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·'·- States, and .i-ncluding universitieq and other educationa·l entities) for 
th~ collection, analysis, and reporting of data op Duchenne and other 
forms of muscular dystrophy. In making such awards, the Secretary may 
provide direct technical assistance in lieu of cash. 

'' (b) National Muscular Dystrophy Epidemiology Program.--The 
Secretaiy, acting through the Director of the Centers for Disease 
Control and Prevention, may award grants to public or nohprofit private 
entities (ihcluding health departments of States and political 
subdivisions of States, and including universities and other educationa.l 
entities) for the purpose of carrying out epidemiological activities 
regarding Duchenne and other forms of muscular dystrophies, including 
collecting and analyzing information on the number, incidence, 
correlates, and symptoms of cases. In carrying out the preceding 
sentence, the Secretary shall provide for a national surveillance 
program. In making awards under this ~ubsection, the Secretary may 
provide direct technical as~istance in lieu of cash. 

'' (c) Coordination With Centers of Excellence.--The Secretary shall 
ensure that epidemiological information under subsections (a) and (b) is 
made available to centers of excellence supported under section 404E(b) 
by the Director of the National Institutes 0£ Health. 

,, (d) Authorization of Appropriations.-~There are alithorized to be 
appropiiated such sums as may be necessary to carry out fhis section.''. 

SEC. 5. INFORMATION AND EDUCATION. 

(a) In General.--The Secretary of Health and Human Services (referred 
to in this Act as the ''Secretary'') shall establish and implement a 
program to provide information and education on muscular dystrophy to 
health professionals and the general public, including information and 
education on advances in the diagnosis and treatment of muscular 
dystrophy and training and continuing education through programs for 
scientists, physicians, medical students, and other health professionals 
who provide care for patients with muscular dystrophy. 

(b) Stipends.,--The Secretary may use amounts made available under 
this section prouides stipends for health'professionals who are enrolled 
in training progra~s under this section. 

(c) Authorization of Appropriations.--There are authorized to·be 
appropriated such sums as ~ay be necessary to carry out this section: 

SEC. 6. REPORT TO CONGRESS. 

Not later than January 1, 2003, and each January 1 thereafter, the 
Secretary shall prepare and submit to the appropriate committees of 
Congress, a report concerning the implementation of this Act and the 
amendments made by this.Act. 

·Amend the title so as to read: -

A bill to amend the Public Health Service Act to provide for research 
with respect to various forms of muscular dystrophy, including Duchenne, 
Becker, limb girdle, congenital, facioscapulohumeral,·myotonic, 
oculopharyngeal, distal, and Emery-Dreifuss muscular dystrophies. 

PURPOSE AND SUMMARY 

H,R: 717, the Muscular Dystrophy Childhood Assistance, Research and 
Education Amendments of 2001, allows the Director of the .1National 
Institutes. of Health (NIH), in coordination with the Directors of the 
National Institute of Neurological Disorders and Stroke, the National 
Institute of Arthritis, and the National Institut~ of Child Health and 
Human Development to expand programs with respect to activities 
concerning Duchenne. The legislation also creates Centers of Excellence 
fo:r Duchenne, which shall conduct basic and clinical research into 
Duchenne ahd various other muscular dystrophies. 

BACKGROUND AND NEED FOR LEGISLATION 

12/7/2001 10:37 AM· 
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·"" Sfates, atid i~,G'.:ludi.~g uriiversides and other educ~tional entities) for 
the co1'1ection, \:inalysis, and :tepor:Urig of data on Duchetme and other 
forms .of. muscular dystrophy .. In making sucp awarqs, th~ .Secretary may 
prnvid.e idfrect technical assistance· iri iieu .of cash. · ·· 

· · -> (b) National Muscu,lar Dystrophy Epidemiology Program. "'.'.-The 
Secretary, acting through the Director .of the Centers for Disease . . 
CoI1trol a.I1q )?reve.ntiqn~· may award grants to public. or nonprofit privat,e 

··. ent.'.i,.ties · (including he.alth departi;nents of States and political .. . 
.subdivisionsof States, and including univ~rsities'.andother edlicational 
entities) for the purpose of. carrying out epidemiological activities 
regai'ding'buchenne and other. forms of muscµlar dystrophies/ including 
collecting 'ar:ld' analyzing information ori the number, inci<;ience, ... 
corre1ates, .. arid ·symptoms of cases. In' carrying oiit the. preceding ' 
sentence, the· Secretary shall provl.de for a national surveillance . 

. <program. In maXing awards under this subsection, the 'Sec::retary may . . 
provid~ .direc::t t.echnical as.sistance in lieu of cash; ·.·' .. . · •· •·. • ·. ·. · 

·.·· .• .. ' ' ( c) <Coordj_.nation With CentE!rS bf Excellence; ;:--:-The Secretaryshal;J:-· 
·.ensure that epidemiological information .under subsections (a) .and (.b) is. 

rriade.avai1a,ble, to cer1ters of .excellence supported under.,.sectiori 404E(b) .· 
by the Director of the National J;nst.i tut es of Hec:rlth. · .· 

. '~.:{d) .. Aut·horiz.ation of Appropriations . ...:.::.There are authorized to be .. 
'.appropriated s.uch sums as may be necess'ary 'to. carry out tn.i,s · section .. , ' •· 
. . . :SEC.- . .5. INFORMATION AND EDUCATION. . . . . 

(a) , In General. --Th~ Secreta.1;y of Health and Human Services (refef~ed 
t~ in this ·~cit". a:s the ' 'Secretary I i) shall establish and iIBplemerl't: .. i.3, . 
pro.gram to p:t()vide inf9rmation and education or:i muscular dystropJ::iy t'o,, 
.health. p,rofeE;si_onalS _an:d the g~rierai pµblic, ·. including information and 
educEJ,ticm <)n .advan_c·es in· the. diagnosis and treabnegt of mus.cular: . j. 

\-:.·,, 

.·:···;. 

:•.·.:, 

.. ) 

.· dystrophy and• training. arid continuing education:' :.through programs fo):- ·.··.•· 
scientists,· physicians, .medical students, and other l:J.ealth · prcifess,ional;s 

·' .. ''. .... 

who· provide.care for patients.with muscular dystrophy. • . .. ·. · 
Ch). Stipends. --The Sec:teta'ry may '.use amounts' made . a'yaila)::>le Tlnder. 

I' t.his section provides stj:pends for health professforiCl.ls who are enr'o):.;teci 
: in t_]i'a~n:i,ng: prog)'.'ams .under .. this 1ection: : · . : . : ,, , · .· . · .. ·· .. ··. 

'( c) · :Au:thbrizat,ion of Appropriations. --There are ;authorized to b.e 
, : appropriated<such sµms as may be necessary tq. carry ouf.. this, section. , . 
. · .. SEC .•··6. REPORT .TO CONGRESS. . · . 

. . . Not· later ·than,January ·1, 2003, and each· da.nuary 1. thereafter:; ~he . 
. se.c;:n~ta,ry. s.haH prepare and submit' to ·the appropriate cqinrnittees of 
'Congress, ·a'' repo.rt concerning the implementation of this Act and· the 
· ainendmentS. ni.ad.e by this Act. 

'. ~ . - ' ·~ . 

Amend: the title so, as . .to reac;l.: 

:':., 

.. A bill to a~~~d :the Public H'~alth Ser:Vice Act .to p:tovlde for research 
.. ·with. r~spe9t tq va:riqus forms of rr!Uscµlar. dystrophy;' if'lcluding Du~henne.;:, 
· s'ecke.r I. limb girdle,· COrigenital, faCiOSCapulohumeral, myotOnlC,,'. .. 

'. ocul.opharyngeal, distal;. and E!'[lery-Drei{uss inusC::u.l,ar dystrophies; " 
.~. > 

PURPOSE ].\ND SUMMARY 

... ·l:l.R, .7{J, the Muscuiar Dystrophy Childhood Assistance·, Research and· 
Education ,Amendm~nt·s of 2001, allows the Director of the National 
Institutes ~of He'alth (NIH), in coordination with the Directors ciLthe' .. 
National Institute of .. Neurological Disorders and Stroke, the National .· 
Institute· o.f Arthritis, and the National Institute. of Child Health: arid· 

.. Hu~an De'l(elopinent to expand programs with respect to activities . · ... 
'. Cohcernihg '.DUchenne. The legislation also creates Center.s of Exd.eliende 
· fcir .· Du.chenne, which shall. conduct basic .and clinical research i.nto 
Ducneprie .a:nd various other mi:iscular. qystrophies. 

.. B,l\CKGROUND AND NEED FOR LEGI$L~~ION ; . ·· 

.. 

.t. / . ,·: 

~ ' ... , 
... ~-.· . 

\' 

'» ... 

.·, .: .. '. 

.·.'::· 

'.·.,. 

·,'' 
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Duchenne Muscular Dystrophy (DMD) is the most lethal genetic disorder 
of childhood worldwide, affecting approximately one in every 3~500 boys 
worldwide. The disease has a significant impact onquality of life, not 
only for.tne individual who experiences its painful symptoms and 
resulting disability, but also for family members and care givers. 
Symptoms of DMD include lo;:;s of muscle tissue, inability to walk, 
decreased lung capacity, and inability to move the major joints Of the 
body. 

The course of DMD is fairly predictable. Children with the disorder 
are often late in learning to walk. A preschooler with DMD may seem 
clumsy and fall·often. Soon, he has trouble climbing stairs, getting up 
from the floor, or running. By school age, the child may walk on his 
toes or the balls of his feet, with a slightly rolling gait. He has a 

' waddling and unsteady qait, and can easily fall over. Nearly all 
children with DMD lose the ability to walk sometime between ages 7 and 
12 .. In the teen years, activities involving the arms, legs, or trunk 
require assistance or mechanical support. 

Thanks to advances in many areas of medicine, there are very qood 
therapies available to assist children with all the effects of DMD and 
other m~scular dystrophies. By using all available therapies, patients 
can prolong their comfort, function, and life expectancy. Despite these 
advances, however, current treatment options for Duchenne are minimal in 
efficacy and palliative, aimed at simply managing the symptoms in an 
effort to optimize the quality of life. 

HEARINGS 

The.Subcommittee on Health held a hearing on June 27, 2001 on H.R. 
717 entitled, ' 'Advancing the Heal th of the American People: Addressing 
Various Public Health Needs.'' The witnesses testifying on the bill were 
Mr. Ed McMahon, National Vice President, Muscular Dystrophy Association 
and Ms. Pat Furlong, President, Parent Project Muscular Dystrophy. 

COMMITTEE CONSIDERATION 

On Wednesday, July 11, 2001, the Subcommittee on Health met in an 
open markup session and approved H.R. 717 for Full Committee 
consideration, as amended,· by voice vote, a quorum being present. On 
Wednesday, July 18, 2001, the Full Committee me,t in open .markup session 
and ordered H.R. 717 favorably reported to the House, as amended, by 
unanimous consent, a quorum being present. 

COMMITTEE VOTES 

Clau~e 3(b) of rule XIII of the Rules of the House of Representatives 
requires the Committee to list the record votes on the motion to repor,t 
legislation and amendments thereto. There were no record votes taken in 
connection with ordering H~R. 717 reported. A motion by Mr. Tauzin to 
order H.R. 717 reported to the House, as amended, was agreed to by 
unanimous consent. 

COMMITTEE OVERSIGHT FINDINGS· 

Pursuant to clause 3(c) (1) of rule XIII of the Rules of the House of 
Representatives, the Committee held a legislative hearing and made 
findings that are reflected in this report. 

STATEMENT OF GENERAL PERFORMANCE GOALS AND OBJECTIVES 

The goal of H.R. 717 is. to allow the Director of the National 
Institutes of Health to expand programs with respect to activities 
concerning Duchenne, and create Centers of Excellence for Duchenne to 
conduct basic and clinical research into Duchenne and other muscular 
dystrophies. ' 

NEW BUDGET AUTHORITY, ENTITLEMENT AUTHORITY, AND TAX EXPENDITURES 

In compliance with clause 3 (c) (2) of rule XIII .of the Rules of the 
\ 

1217/2001 10:37 AM 
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Duchenne Muscular Dystrophy (DMD) is the most lethal genetic disorder 
of childhood worldwide, affecting approximately one in every 3,500 boys 
worldwide. The disease has a significant impact on quality of life, not 
only for the individual who experiences its painful symptoms and 
resulting disability, but also for family members and care givers. 
Symptoms of DMD include loss of muscle tissue, inability to walk, 
decreased lung capacity, and inability to move the major joints of the 
body. 

The course of DMD is fairly predictable. Children with the disorder 
are often late in learning to walk. A preschooler with DMD may seem 
clumsy and fall often. Soon, he has trouble climbing stairs, getting up 
from the floor, or running. By school age, the child may walk on his 
toes or the balls of his feet, with a slightly rolling gait. He has a 
waddling and unsteady gait, and can easily fall over. Nearly all 
children with DMD lose the ability to walk sometime between ages 7 and 
12. In the teen years, activities involving the arms, legs, or trunk 
require assistance or mechanical support. 

Th~nks to advances in many areas of medicine, there are. very good 
therapies available to assist children with all the effects of DMD and 
other muscular dystrophies~ By using all available therapies,-patients 
can prolong their comfort, function, and lif~ expectancy. Despite these 
advances, however, current treatment options: for Duchenne are minimal in 
efficacy and palliative, aimed at simply managing the symptoms in an 
effort to .optimize the quality of li~e. 

HEARINGS 

The Subcommittee on Health held a hearing on June 27, 2001 on H.R. 
71 7 entitled, ' 'A<:lvancing the Heal th of the •American People: Addressing 
Various Public Health Needs.'' The witnesses testifying on the bill were 
Mr. Ed McMahon, National Vice President, Muscular Dystrophy Association 
and Ms. Pat Furlong, President, Parent Project Muscular Dystrophy. 

COMMITTEE CONSIDERATION 

On Wednesday, July 11, 2001, the Subcommittee on Health met in an 
open markup session and approved H.R. 717 for Full Committee 
consideration, as amended, by voice vote, a quorum being present. On 
Wednesday, July 18, 2001, the Full Committee met in open markup session 
and ordered H.R. 717 favorably reported to the House, as amended, by 
unanimous consent, a quorum being present. 

COMMITTEE VOTES 

Clause 3(b) of rule XIII of the Rules of the House of Representatives 
requires the Committee to list the record votes on the motion to report. 
legislation and amendments thereto. There were no record votes tak~n in 
connection with ordering H.R. 717 reported. A motion by Mr. Tauzin to 
order H.R. 717 reported to the House, as amended, was agreed to by 
unanimous consent. 

COMMITTEE OVERSIGHT FINDINGS 

Pursuant to clause 3(c) (1) of rule XIII of the Rules of the House of 
Representatives, the Committee held a legislative hearing and made 
findings that are reflected in this report. 

STATEMENT OF GENERAL PERFORMANCE GOALS AND OBJECTIVES 

The goal of H.R. 717 is to allow the Director of the National 
Institutes of Health to expand programs with respect to activities 
concerning Duchenne, and create Centers of Excellence for Duchenne to 
conduct basic and clinical· research into Duchenne and other muscular 
dystrophies. 
. NEW BUDGET AUTHORITY, ENTITLEMENT AUTHORITY, AND TAX EXPENDITURES 

In compliance with clause 3 (c) (2) of rule XIII of the Rules of the· 
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Hous.e of Representatives, the Committee finds that H.R. 717, the 
Muscular Dystrophy Childhood Assistance, Research and Education 
Amendments of 2001, would result in no new or increased budget 
authority, entitlement authority, or tax expenditures or revenues. 

COMMITTEE COST ESTIMATE 

The ,Committee adopts as its own the cost e.stimate p;i:-epar,ed by the 
Director of the Congressional Budget Office pursuant to section 402 of 
the Congressional Budget Act of 1974. 

CONGRESSIONAL BUDGET OFFICE ESTIMATE 

Pursuant to clause 3 (c) (3) of rule XIII of the Rules of the House' of 
Representatives, the following is the cost estimate provided by the 
Congressional Budget 0£fice pursuant to section 402 of the Congressional 
Budget Act of 1974: 

U.S. Con'gress, 

Congressi6nal Budget Office, 

WaShingt6n, DC, August 10, 2001. 

Hon. W.J .. ' 'Billy'' Tauzin, Chairman, Committee on E]nergy 

House 0£ Representatives, Washington, DC. 

Dear Mr. Chairman: The Congressional Budget Office has prepared the 
enclosed estimate of ~.R. 717, the MD CARE Act, as ordered reported by 
the Committee on Energy and Commerce on July 18, 2001. 

If you wish further details on this estimate, we will be pleased to 
provide them. The CBO staf~ contact is Christopher J .. Topoleski, 
Sincerely, 

Robert A. Sunshine 

(Fat Dan L, Crippen, Directot). 

Enclosure. 

H.R. 717--Muscular Dystrophy Community Assistance, Research 
and Education Amendments of 2001 (MD CARE Act) 

Summary: H. R. 7.1 7 would require the National Institutes of Heal th 
(NIH) and the Centers for Disease Control and Prevention (CDC) to 
provide grants and expand research on the health needs of individuals 
with muscular dystrophy. Assuming the appropriation of the hecessary 
amounts, CBO estimates that implementing H.R. 717 would cost $4 million 
in 2002 and $56 million over the 2002 2006 period. The legislation would 

.( not affect direct spending or receipts; therefore, pay-as-you-go 
procedures would not apply. 

8of14 

H.R. 717 contains no intergovernmental or private-sector mandates as 
defined in the Unfunded Mandates Reform Act (UMRA). State, local, and 
tribal governments would be eligible for grants authorized by the bill 
for research activities associated with muscular dystrophy. 

Estimated Cost to the Federal Government: The estimated budgetary·· 
impact of H.R. 717 is shown in the following table. The costs of this 
legislation fall within budget function 550 (health) . 

By £iscal year, in millions of dollars--

12/7/200110:37 AM 
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House of Representatives, the Committee finds tha:t H.R. 717, the 
Muscula.r· Dystrophy Childhood Assistance, Re.search and Education 
Amenc:lmEl!1ts of 2001, would result in no new or increased budget 

'authority, entitle~ent authority, or tax expenditures or revenues. 
. . COMMITTEE COST ESTIMATE 

The ·committee adopts as its 'own the cost estimate prepared by the 
Director of the Congressional Budget Office pursuant to section 402 of 
the Congressional Budget Act .of 1974. . 

. CONGRESSIONAL BUDGET. OFFI.fE ESTIMATE 

Pursuant to clause 3 (c) (3) of rule XIII Of the Rules of ,the House·· of 
Representatives, the following is the cOst estitnate provided by the 
Congressional Budget Office pursuant to section 402 ·of the Congressional. 
Budget Act of 1974: 

U. s .. Congress, 

Congressional Budget Office, 

'Washington, DC, August 10,. 2001. 

.'\ 

Hon. W,J. ''Billy!' Tauzin, Chairman, .Co~ittee on Energy 

House of Representatives, Washington, DC. 

Dear Mr.'Chairman: The Congressional Budget Office has prepared the 
enclos'ed estimate of H. R. 71 7, the MD CARE Act, as ordered reported by 
the to·mmittee on Eriergy and Commerce on July is, 20.01. 

. If you wish further details On this estimate, we will be pleased to 
. provide them. The CBO staff contact is Christopher J. Topoleski. ·· 
. Sincerely,. 

Robert A. Sunshine 

(For Dan L. Crippen, Director). 

Enclosure. 
. . . 

· ..... 

H. R. 717~--Muscular Dystrophy Co!nmunity Assistance, Research 
and Education Amendments of 2001 (MD CARE Act) 

Summary: H. R. 71 7 would r'equire the National· Institutes of Heal th 
(NIH) and ihe Cent~rs foi Disease Control and Preverition (CDt) to 
~rovide grants and expand research on the health needs Of indi~iduals 
with muscular p.ystrophy. Assuming the appropriation of the necessary 
amounts, CBO estimates tha:t implementing H.R. 717 would cost $4 million 

.in 2002-~nd $56 milli~n over the 20-02 2006 period; The legislatio~ wquld 
riot affect direct. spehding or.receipts; there~ore~ pay-as-you~go 
procedures would not apply. . · 

. H.R .. 717 contains no intergovernmental or private-sector man.dates as 
defined in the Unfunded Mandates Reform Act (UMRA) . State, local, and 
tribal governments would be eligiqle for giants authorized by .the bill. 
for research activities a.ssociated with muscu.lar dystrophy . 

. 0 Estimated Cost to . the Federal GOvernment: The estimated budgetary . 
impact of H. R. 717 is shown in the following table. The costs of this 
legislation fall within budget function 550 . (health)'. 

' . . . : 

By f~scal year, in millions .of dollars--
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SPENDING SUBJECT TO APPROPRIATION 
SpendingUnder Current Law: 
Proposed Changes: 
Spending Under H.R. 717: 

2001 

6504 
0 

6504 

2002 

6664 
11 

6675 

2003 

6809 
14 

6823 

2004 

.6959 
15 

697 4 

200 

710 
1 

.712 

\l\The 2001 level is the amount appropriated for that year for the agencies that woul 

Basis of estimate: The.bill would authorize the NIH to award grants 
to and contract.with public and nonprofit private entities known ~s 
··centers of Excellence'' to provide basic and clinical research on 
muscular dystrophy, including diagnosis, early detection, prevention, 
and treatment. The centers would be awarded renewable contracts for up 
to five years for each contract period. CBO assumes that NIH would. 
designate one center of excellance in 2002 and two additional centers in 
2003. 

The NIH would also be required to establish a program under which 
samples of tissue and other genetic materials used in muscular dystrophy 
research Would be collected, stored, and made available for study. 

The Secretary of Health and Human Services (HHS) would be required to 
establish a coordinating committee to organize muscular dystrophy · 
research activities across the·NIH and other federal health programs. 
The committee would consist of 15 members appointed from both government 
agenbies. and fro~ members of the public affected by muscular dystrophy. 
The corrlinitteewould be required to produce a plan that identifies 
opportunities for research and education on muscular dystrophy. In 
addition, the committee would be required.to submit a biennial report to 
the Congress summarizing expenditures by1HHS and the current and future 
research agenda. 

Based on a~ounts spent in the past for similar activities, CBO 
estimates that the activities of the NIH and the coordinating committee 
would cost $2 million in 2002 and $28 million over ~he 2002 2006 .period 
if the necessary amounts are appropriated. 

The bill would auth0ri~e appropriations of such sums as necessary for 
the Centers for Disease Control ahd Prevention to award grants to public 
or nonprofit private entities to conduct research, carry out 
epidemiological activities, and establish a nation~l muscular dystrophy 
surveillance program. Based on Information provided by the CDC about 
amounts spent in the past for similar activities and on the agency's 
histdrical spending patterns, CBO estimates the agency would spend $2 
million in 2002 and $28 million over the 2002 2006 period for those 
purposes ~f the necessary amounts are appropriated. 

This estimate assumes that the bill would be enacted and initial 
appropriations provided by October l; 2001. 
Pay as ~ou-go considerations: ~one. 

Intergovernmental and private-sector impact: H.R. 717 contains no 
intergovernmental or privaj:e-sector mandates as defined in UMRA. State, 
localr and tiibal governments would be eligible for grants authorized by 
the bill for research activities associated with mu.scular dystrophy. 

Estimate prepared .by: Federal Costs; Christophet J. Top0leski and 
Jeanne De Sa. Imp;;ict on State, Local,· and Tribal Governments: Leo Lex. 
Impact on the Private Sector: Amy Fedigan. 

Estimate approved by: Robert A. Sunshine, Assistant Director for 
Bud9et Analysis. 

FEDERAL MANDATES STATEMENT 

The Co~ittee adopts as its own the estimate of Federal·mandates 
·prepared by the Director of the Congressional Budget Office pursuant to 
section 423 of the Unfunded Mandates Reform Act. 

ADVISORY COMMITTEE STATEMENT 
' 

No advisory committees wi\hin the meaning of section 5 (b) of the 

12/7/2001 10:37 AM 
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SPENDING SUBJECT TO APPROPRIATION 
Spending Under Current Law: 
Proposed Changes: 
Spending Under H.R. 717: 

2001 

6504 
0 

6504 

2002 

6664 
11 

6675 

2003 

6809 
14 

6823 

2004 

6959 
15 

6974 

200 

710 
1 

712 

\1\The 2001 level is the amount appropriated for that year for the a~encies that woul 

Basis of estimate: The bill would authorize the NIH to award grants 
to and contract with public and nonprofit private entities known as 
' 'Centers of Excellence' ' . to provide basic and clinical research<on 
muscular dystrbphy, including. diagnosis, early detection, prevention, 
and treatment .. The centers wouldbe awarded renewable contracts for up 
to five years for each ccintract period. CBO assumes that NJH would 
designate one center of excellahce in 2002 and two additional centers in 
2003. . . . 

The NIH would also be required to establish a program under whic.h 
samples of tissue and other genetic materials u~ed in muscular dystrophy 
research would~e collected, stored, and made available for study. 

The Secretary of Health and Human Services (HHS) would be required to 
establish a coordinating committee to organize muscular dystrophy 
reseaich activities across the NIH and ot~er federal health programs. 
The committee would consist of 15 members appointed from both government ' 
agencies and from members of the public affected by muscular dystrophy. 
The committee would be required to produce a plan that identifies 
opportunities for research and education on muscular dystrophy. In 
addition, the committee would be required to submit a biennial report to 
the .Congress summarizing expenditures by HHS and the current and future 
research agenda. 

Based on amounts spent in the past for similar ~ctivities, CBO 
estimates that the activities of the NIH and the coordinating committee 
would cost ~2 million in 2002 and $28 million over the 2002 2006 period 
if the necessary amounts are appropriated. 

The bill would.authorize appropriations of such sums as necessary for 
the Centers for Disease Control and Prevention to award grants to public 
or nonprofit private entities to conduct research, carry out 
epidemiological activities~ and establish a national muscular dystrophy 
surveillance program. Based on Informatioh provided by the CDC about 
amounts spent in the past for similar activities and on the agency's 
historical spending patterns, CBO estimates the agency would spend $2 
million in 2002 arid $28 million over the 2002 2006 period for those 
purposes if the necessary amounts are appropriated, 

·This estimate assumes that the bill would be. enacted and initial 
appropriations provided by October 1, 2001. 
Pay as you-go considerations: None. 

Intergovernmental and private-sector impact: H.R. 717 contains no 
intergovernmental or private-sector mandates as defined in UMRA. State, 
local, and tribal governments would be eligible for grants authorized. by 
the bill for research activities associated with muscular dystrophy. 

Estimate prepared by: Fed~ral Costs: Christopher J. Topoleski and 
Jeanne.De Sa. Impact on State, Local, and Tribal Governments: Leo Lex. 
Impact on the Private Sector: Arny Fedigan. · 

Estimate approved by: Robert A. Sunshine, Assistant Director for 
Budget Analysis. 

FEDERAL MANDATES STATEMENT 

The Committee adopts as its own the estimate of Federal mandates 
prepared by the Director of the Congressional Budget Office pursuant to 
section 423 qf the Unfunded Mandates Reform Act. 

ADVISORY COMMITTEE STATEMENT 

No advisory committees within the meaning of section 5(h) of the 
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Federa.l Advisory Committee Act. were created by this legislation. 
CONSTITUTIONAL AUTHORITY STATEMENT 

Pursuant to clause 3 (d) .( 1) of rule XIII of the Rules of the House of 
Representatives, the Committee1 finds that the Constitutional authority 
for this legislation is provided in Article I, section 8, clause 3, 
which grants Congress the power to regulate commerce with foreign 
nationsj among th~ several States, and with the Indian ~ribes. 

APPLICABILITY TO LEGISLATIVE BRANCH 

The Committee finds that the legislation does not relate to the terms 
and conditions of. employment or access to public services or 
accommodations within the meaning of section 102(b) (3) of the 
Congressional Accountability Act. 

SECTION-BY-SECTION ANALYSIS OF THE LEGISLATION 

Section 1. Short title 

This Act may be cited as the ''Muscular Dystrophy Community 
Assistance, Research, and Education Amendments of 2001, '' or the 
''MD-CARE. Act.'' 

Section 2. Findings 

Section 2 finds that: (1) Duchenne Muscular Dystrophy (DMD) is the 
world's most common and catastrophic form of genetic childhood disease; 
(2) DMD is genetically inherited, and mothers are the carriers in 
approximately 70 percent of all cases; (3) DMD affects 1 in 3,500 boys 
worldwide; (4) there are other dystrophies which also have a devastating 
impact \:m the quality of life for patients, including Myotonic muscular 
dystrophy and Facioscapulohumeral muscular dystrophy; (5) there is a 
shortage of qualified researchers in the field of neuromuscular 
research; (6) development of therapies for these disorders is costly; 
and, ( 7) educating the publ~c and heal th care community is in the public 
interest and to the benefit of all communities. 

Section· 3. Expansion, intensification, and coordination of 
activities of National Institutes of Health with respect to research on 
muscular dystrophy 

Section 3 directs the Director of the NIH to expand and intensify 
activities with respect to various forms of muscular dystrophy, and to 
allocate the amounts appropriated to carry out this section. 

In addition, this section directs the Director of NIH to award grants 
and contracts to public or nonprofit private entities to pay all, or 
part of, the costs of planning, establishing, improving, and providing 
support to centers of excellence regarding research on various for~s of 
muscular dystrophy. 

The Secretary of Health and Human Services is directed to establish 
the Muscular Dyst.rophy Coordinating Committee to coordinate activities 
across.other Federal health programs relating to the various forms of 
muscular dystrophy~ 

Section 4. Development and expansion of activities of .Centers 
for Disease Control and Prevention with respect to epidemiological 
research on muscular dystrophy 

Section 4 allows the Secretary, acting through the Director of the 
Centers for Disease Control and Prevention, to award grants and 
cooperative agreements to public or nonprofit private entities for the 
collection, an~lysis, and report~ng of data on Duchenne and other forms 
of muscular dystrophy. This section also a.llows the Secretary to award 
grants to public or nonprofit private entities for the purpose of 
carrying out epidemiological activities regarding muscular dystrophy. 

Section 5. Information and education 

Section 5 requires the Secretary of Health and Human Services to 
establish and implement a program to provide information. and education 
on muscular dystrophy, including information and education on advances 
in the diagnosis and treatment of muscular dy~trophy. 
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Federal Advisory Cormnittee Act were created by this legislation. 
CONSTITUTIONAL AUTHORITY STATEMENT. 

Purstlant to clause 3(d) (1) of rule XIII of. the Rules of the House of 
Representatives, the Cormnittee finds tha:t the Constitutional authority 
for this legislation is provided in Article I, section 8, clause 3, 
which grants Congress the power to regulate cormnerce with foreign 
nations, am6ng the several States, and with the Indian tribes .. 

APPLICABILITY TO LEGISLATIVE BRANCH 

The Cormni ttee finds that the legislation does not relate. to the terms · 
and conditions of employment or access to public services or 
accormnodations within the meaning of section 102 (b) (3) of the 
Congressional Accountability Act. 

SECTION-BY-SECTION ANALYSIS OF THE.LEGISLATION 

Section 1. Short title 

This Act may be cited as the ''Muscular Dystrophy Cormnunity· 
Assistance, Research, and Education Amendments of 2001, ' ' or the 
.. MD-CARE Act. ' ' 

Section 2. Findings 

Section 2 finds that: (1) Duchenne Muscular Dystrophy (DMD) is the 
world's most cormnon and catastrophic form of genetic childhood disease; 
(2) bMD is genetically inherited, and mothers .. are the carriers in 
approximately ~O percent of all cases; (3) DMD affects 1 in 3,500 boys 
worldwide; ( 4) there are either dystrophies which also have a devastating 
impact on the quality of life for patients, includingMyotonic muscular 
dystrophy and Facioscapulohumeral muscular dystrophy; (5) there is a 
shortage of qualified researchers in the field of neuromuscular 
research; ( 6) development of therapies for these disorders is costly; 
and, ( 7) educating the public and heal th care cormnuni ty is in the public 
interest and to the benefit of all cormnunities. 

Section 3. Exp~nsion, intensification, and coordination of 
acti~ities of National Institutes of Health with respect to research on 
muscular dystrophy 

Section 3 directs the OJ.rector of the NIH to expand and intensify 
acti~ities with. respect to v~rious forms of muscular dystrophy, and to 
allocate the amounts appropriated to carry out this section. 

In addition, this section directs the Director of NIH to award grants 
and contr~cts to public or nonprofit private entities to pay all, or 
part of, the costs of planning, establishing, improving, and providing 
support to cent~rs of excellence regarding research on various forms of 
muscular dystrophy. 

The Secretaiy of H~alth and Human Services is directed to esfablish 
the Muscular Dystrophy Coordinating Cormnittee to coordinate activities 
across other Federal health programs relating to the various forms of 
mu~cular dystrophy. 

Section 4. Development and expansion of activities.of Centers 
for Disease Control and Prevention with respect to epidemiological 
research on muscular dystrophy 

Section 4 allows the Secretary, acting through the Director of the 
Centers for Disease Control and Prevention, to award grants and 
cooperative agreements to public or nonprofit private ~ntities for the 
collection, analysis, and reporting of data on Duchenne and other forms 
of muscular dystrophy. This section also allows the Secretary to award 
grants to public or nonprofit private entities for the purpose of 
carrying out epidemiological activities regarding muscular dystrophy. 

Section 5. Information and education 

Section 5 requires the Secretary of Health and Human Services.to 
establi0sh and implement a program to provide information and education 
on muscular dystrophy, including information and education 0n advances 
in the diagnosis and treatment of. muscula:r dy~trophy. 
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.section 6. ~eport to Congress 

Section 6 requires that not later than J~nuary 1, 2003, and each 
January 1 thereafter, the Secretary shall prepare and submit to the 
appropriate coµrrnitteesof Congress, a report concerning the 
implementation of this Act and.the amendment;; made by this Act. 

CHANGES IN EXISTING LAW MADE BY THE BILL, AS REPORTED 

In compliance with clause 3(e) of rule XIII of the Rules of the House 
of Representatives, ch~nges in existing law made by the bill, as 
reported, ~re shown as follows (new matter is printed in italic and 
e~isting law in which no change is proposed is shown in roman) : 

PUBLIC HEALTH SERVICE ACT 

*· * * * * * * 

TITLE III--GENERAL POWERS AND DUTIES OF PUBLIC HEALTH SERVICE 

* * * * * * * 

PART B--FEDERAL-STATE COOPERATION 

* * * * * * * 

SEC. 317Q. SURVEILLANCE AND RESEARCH.:REGARDING MUSCULAR DYSTROPHY. 

(a) In General.--The Secretary, acting through the Director of the 
Centers for Disease Control and Prevention, may award grants and 
cooperative agreements to public or nonprofit private entities 
(including health departments of States and political subdivisions of 
States, and including bniversities and other educational entities) for 
the collection, analysis, and reporting of data on Duchenne and other 
forms of muscular dystrophy. In making such awards, the Secretary may 
p~6vide direct technical assistance in lieu of cash. · 

(b) ~ational Muscular Dy~trophy Epidemiology Program.--The Secretary, 
acting through the Director of the Centers for Disease Control and 
Prevention, may award grants to public or nonprofit private entities 
(including health departments of States and political subdivisions of 
States, and including universities and other eQ.ucational entities) for 
the purpose of carrying out epidemiological.activities regarding 
Duchenne and other forms of muscular dystrophies, including collecting 
and analyzing information on the number, incidence, correlates, and 
symptoms of cases. In carrying out the preceding sentence, the Secretary 
shall provid.e'·'f.or a national surveillance program. In making awards 
under this subsection, the Secretary ~ay ~rovide direct technical · 
assistance in lieu of cash. · . . 

(c) Coordination With Ce~ters of Excellence.--The Secretary shall· 
ensure that epidemiological information under subsections (a) and (b) is 
made available to centers of excellence supported undei section 404E(b) 
by the Director of fhe National Institutes of Health. . 

(d) Authorization of Appropriations.--There.are authorized to be 
appropriated such sums as may be necessary to carry out this section .. 

* * * * * * * 

TITLE IV--NATIONAL RESEARCH.INSTITUTES 

PART A--NATIONAL INSTITUTES OF HEALTH 

SEC. 404E. MUSCULAR DYSTROPHY; INITIATIVE THROUGH DIRECTOR OF 
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Section 6, Report to Congress 

Section 6 requires that not later than J~nuary 1, 2003, and each 
January 1 thereafter, the Secretary shall prepare and submi1t to the 
appropriate committees of Congress, a report concerning the. 
implementation of this Act and the amendments made by this Act. 

I 
CHANGES IN EXISTING LAW MADi;: BY. THE BI.LL, AS REPORTED. 

I 

In compliance 'with clause.3(e) of rule XIII of the Rules of the House 
of Representatives, changes in existing law made by the bill, as 
reported, are shown as follows (new matter is printed in italic and 
existing law in whic~ no change is proposed ~s shown in roman) : 

PUBLIC HEALTH SERVICE ACT 
I 

* * * * * * * 

TITLE III--GENERAL POWERS AND DUTIES .OF PUBLIC HEALTH SERVICE 

* * *' * * * * 

PART B--FEDERAL~STATE COOPERATION 

* * * * * * * 

SEC. 317Q. SURVEILLANCE AND RESEARCH REGARDING MUSCULAR DYSTROPHY. 

~a) In General.--The Secretary, acting thrbugh the Director 0£ the 
Centers for Disease Control and Pre~ention, m~y awarJgrants and 
cooperative agreements to public or nonprofit~pr{vate entities 
(including health departments of States and pblitical subdivisions of 
States, and includin~ universities and other educational entities) for 
the c611ection, ~nalysis, and reporting of data on Duchenne and other 

.forms 0£ muscular dystrophy. In making such a~atds, the Secretary may 
provide direct technical assistance in lieu of cash. 

(b) National ~uscular Dystrophy Epidemiolo~y Program.--The Secretary, 
acting through the Director of the Centers £or Disease Control and 
Prevention, may award grants to public or nonf)rofit private entities 
(including health departments of States and political subdivi!'sions of 
States, and including universities and other ~ducational entities) £or 
the purpose of carrying out epidemiological atjtivities regarding 
Duchenne and other forms of muscular dystrophies, including collecting 
and analyzing information on the number, incidence, correlates,. and 
symptoms .of cases. In carrying out the preceding sentence, the Secretary 
shall provide for a national surveillance progiram. In making awards 
under this subsection, the Secretary may provfde direct technical 
assistan~e in lieu of cash: .· : · 

( c) Coordinatio~ With Centers of Excellence'. --The Secreta1ry shall 
ensure that epidemiological information under ~ubsections (a) and (b) is 
made available to centers of excellence suppor~ed under section 404E(b) 
by the Director of the National Institutes of Health. 

(d) Authorization of Appropriations. --There: are authorized to be 
appropriated such sums as may be necessary to carry out this section. 

I 

TITLE IV--NATIONAL RESEARCH INSTITUTES 

PART A--NATIONAL INST~TUTES OF HEALTH 

* * * * * * * 

SEC. 404E. MUSCULAR DYSTROPHY; INITIATIVE THROUGH DIRECTOR OF 
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NATIONAL INSTITUTES OF HEALTH. 
i 

(a) Expansicm', Intensification, and Coordination of Activities.--

(1) ln general.--The Director of NIH, ip coordination with the 
Directors of the National Institute of Neurological Disorders and 
Stroke~ the National Institute of Arthritisl and Muscoskeletal and Skin 
Diseases, the National Institute of Child H¢alth and Human Development, 
and the cither national· re~earch institutes as appropriate, shall expand 
and intensify programs of such Institutes w~th respect to research and 
related activities concernin~ various forms of muscular dystrophy, 
including Duchenne, myotonic, facioscapulohµmeral muscular dystrophy 
(referred to in this section as ''FSHD' ') a~d other forms of muscular 
dystrophy. 

(2) Coordination.-~The Directors referred to in paragraph (1) shall 
jointly coordinate the programs referred to'in such paragraph and 
consult with the Muscular Dystrophy Interagency Coordinating Committee 
established under section 6 of the MD CARE ~ct. 

(3) Allocations by director of nih.--The Director of NIH shall 
allocate the amounts appropriated to carry 0ut this section for each 
fiscal year among the national research institutes referred to in 
paragraph (1). 
(b) Centers of Excellence.--

(1) In general.--The DLrector of NIH shall award grants and 
contracts under subsection (a) (1) to public :or nonprofit private· 
entities to' pay all or part of the cost of planning, establishing, 
improving, and providing basic operating support for centers of 
excellence regarding research on various forms of muscular dystrophy. 

(2) Research.--Each center under paragr~ph (1) shall supplement but 
not replace the establishment of a comprehensive research portfolio in· 
all the muscular dystrophies. As a whole, t~e centers shall conduct 
basic and clinical research in all forms of ~uscular dystrophy including 
early detection,, diagnosis, prevention, and :treatment, including the 
fields of muscle biology, genetics, noninvas'.i ve imaging, genetics, 
pharmacological and other therapies. ' 

( 3) Coordination 9f centers; reports. --The, Director of NIH--

(A) shall, as appropriate, provide for the coordination of 
information among centers under paragraph (1) and enstire ~egular 
communication between such centers; and ·· 

(B) shall require the periodic preparatibn of reports on the 
activities of the centers and the submi~sioni of the reports to the 
Director. . 

(4) Organization of centers.--Each center under paragraph (1) shall 
use the facilities of a single institution, .6r be formed £rom a 
consortium of cooperating institutions, meeting such requirements as may 
be prescribed by the Director of NIH. 

(5) Duration of support.--Support for a tenter established under 
paragraph (1) may be provided under this section for.a period of not to 
exceed 5 years. Such peridd may be extended ~or 1 or more additional 
periods not exceeding 5 years if the operations of such center have been 
reviewed by an appropriate technical and scientific peer review group 
~stablished by the Director of NIH and if such group has recommended to 
the Director that such,period should be extended. 

(c) Facilitation of Research.--The Director of NIH shall provide for 
a program under. subsection .(a) ( 1) under which: samples of tissues and 
genetic materials that are of uie in research on muscular dystrophy are 
donated, collected, preserved, and made available for such research. The 
program shall be carried out in accordance with accepted scientifLc and 
med"ical standards for the donation, collectioru, and preservation of such 
·samples. 

(d) Coordinating Committee.--

(1) In general.--The Secretary shall establish the Muscular 
Dystrophy Coordinating Committee (referred t6 in this section as the. 

I 
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NATIONAL INSTITUTES OF HEALTH. 
(a) Expansion, Intensification, and Coordihation of Activities.--

(1). In general.--The Director of NIH, in coordination with the 
Directors of the National Institute. of Neurblogical Disorders and 
Strok0, the National Institute of Arthritis·and Muscoskeletal and Skin 
Diseases, the National Institute of Child Health and Human Development, 
and the other national research institutes as appropriate, shall expand 
and intensify programs of such Institutes with respect.to research and 
related activities concerning ~arious forms !of muscular dystrophy, 
including Duchenne, myotonic, .facioscapulohumeral muscular dystrophy 
(referred to in this section as ''FSHD' ') arld other forms of muscular 
dystrophy. · 

(2) Coordination.~-The Directors referr~d to in p~ragraph (1) shall 
jointly coordinate the programs referred to ~n such paragraph and 
consult with the Muscular Dystrophy Interage'ncy Coordinating Committee 
estabifshed,under section 6 of the MD CARE Act. 

(3) Al!ocatioris by director of nih.--The Director of NIH shall 
allocate the amciunts appropriated to carry o~t this section for each 
fiscal year among the national research institutes referred to in 
para.graph ( 1) . 
(b) •Centers of Excellence. --

(1) In general.--The Dire~tor of NIH shail aw~rd grants and 
contracts under subsection (a) (1) to public or nonprofit private 
entities to pay all or part of the cost of p1anning, establishing, 
improving, .and providing basic operating support for centers of 
excellence regarding research on various for~s of muscular dystrophy. 

( 2) Research. _:-Each center under paragrap,h ( 1) shall supplement. but 
not replace the establishment of a comprehens~i ve research portfolio in 
all the muscular dystrophies. As a whole, th~ centers shall conduct 
basic and clinical research in all forms of m~scular dystrophy including 
early detection, diagnosis, prevention, and treatment, including the 
fields of muscle biology, genetics, noninvasive imaging, genetics, 
pharmacological and oth~r therapies. , 

(3) Coordination of centers; reports.--The Qirector of NIH--

(A) shall, as appropriate; provide for the coordination of 
information among centers under paragraph (1) and ensure regular 
communication between such centers; and . . 

(B) shall r~quire the periodic preparatiorl of reports on the 
activities of the centers and the submission df the reports to the 
Director. . 

(4) Organization of centers.~-Each center ~nder paragraph (1) shall 
use the .facilities of a single institution, or be formed from a 
consortiu~ of cooperating institutions, meetinb such requirements as may 
be prescribed by the Director of NIH. 

(5) Duration of support.--Support for a cehter established under 
paragraph (1) may be provided under this secti\)n for a period of not to 
exceed 5 years. Such period may be extended for 1 or more additional 
periods not exceeding 5 years if the operation~ of such. center have been 
reviewed by an appropriate technical and scientific peer review group 
established by the Direct.or of NIH and if such: group has recommended to 
the Director that such period should be extended. 

(c) Facilitation of Research.--The Director ~f NJH shall provide for 
a program under subsection (a) (1) under which Sqmples of tissues and 
genetic materials that are of use in research on muscular dystrophy are 
donated, collected, preserved, and made availab~e for such research. The 
program shall be carried out in accordance with ~ccepted scientific and 
medical standards for the donation, collection, i,and preservation of such 
samples. 

(d) Coordinating Committee.--

(1) In general.-~The Secretary shall establ~sh the Muscular 
Dystrophy Coordinating Committee (referred to in this section as the 
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" ' 'Coordinating Cammi ttee' '.) to coordinate a',cti vi ties across the National 
Institutes and with other Federal health prbgrams and.activities 
relatin~ ~o the various forms of muscular d~strophy. 

( 2.) Composition. --The Coordinating Cammi ttee shall consist of not 
m6re than 15 members to be appointed by the Secretary, of which'--

. (A) \2/3\ of such members shall represertt governmental agencies, 
including the directors or their designees 6f each of the national 
research institutes _involved in research wi~h respect t~ muscular 
dystrophy and representatives of all other Federal departments and 
agencies ~fiose programs involve health functions or r~sponsibilities 
r~levant to such diseases, including the Centers for Disease Control and 
Prevention, the Heal th Resources and ServicE:!,s Administration and: the 
Food and Drug Administration and representatives of other governmental 
agencies that serve children with muscular dystrophy, such as the 
Department of Education; and \ 

(B) \1/3\ of such members shall be publi'~ members, including a broad 
cross section of persons affected with muscuiar dystrophies including 
parents or legal guardians, affected individUals, researchers, and 
clinicians. I · 

Members appointed under subparagraph (B) shall serve for a term of 3 
years, and may serve for an unlimited number: of terms if reappointed.· 

(3) Chair.-'-

(A) In general. --With respect to muscular dystrophy, the Chair of 
the Coordinating Committee shall serve as ,the principal advisor to the 
Secretary, the Assistant Secretary for Healt~, and the Director of NIH, 
and shall provide advice to the Director of ~he Centers for Disease 
Control and Prevention,. the Commissioner of food and Drugs, and to the 
heads of other relevant agencies. The ,Coordin:ating Cammi ttee shall 
select the Chair for a term not to exceed 2 y,ears. 

(B) Appointment,--,-The Chair of the Commit~ee shall be appointed by 
and be d{re6tly responsibl~ to the Secretary.: 

( 4) Administrative support; terms of servlLce; other provisions. --Th.e 
following shall apply with respect to the Coordinating Committee: 

(A) The Coordinating Committee shall receive necessary aBd 
.appropriate administrative support from the Department of Health and 
Human Services. 

(B) The Coordinating Committee shall meet •as appropriate as 
determined by the Secretary, in consultation 0ith the chair. 
(e) Plan for. HHS Activities.--

(1) In general.--Not later than 1 year after the date of enactment 
of this section, the Coordinating Committee sh.all develop a plan for 
conducting and supporting research and educat{on on muscular dystrophy 
through the riational research institutes and shall periodically review 
and revise the plan. The plan shall-~ 

(A) provide for ~ broad range of research ~nd education activities 
relating to biomedical, epidemiological, psych~social, and 
rehabilitative issues, including studies of th~ impact of such diseases 
in rural and underserved communities; , · 

(B) identify pri.orities arnong the programs' and activities of the 
Nationµl Institutes of Health regarding such diseases; and 

.(C) refle~t input from a broad range of scientists, patients, and 
advocacy groups. 

(2) Certain elements of plan.--The plan under paragraph (1) shall, 
with respect to each form of muscular dystrophy, provide for the · 
following as appropriate: 

(A)· Research to determine the reasons unde:qlying the incidence and 
prevalence of various forrns of muscular dystrop,hy. · 

(~) Basic research concerning the etiology and genetic links of the 
disease and potential causes of mutations. ' 

(C) The development of improved screening techpiques. 

(D) Basic ~nd clinical research. for the dev~lopment and evaluation 
of new. treatments, including new biological age\]-ts. 

I 
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(2) Composition.--The Coor~inating Comm~ttee shall consist of not 
more than 15 members to be appointed by the! Secretary, of which--

(A) \2/3\ of~such members shall repre:Sept governmental agencies, 
including the directors or their designees of each .of the national 
research .. institutes involved in research with respect to inuscul.ar 
dystrophy and representatives o'f all other .Federal departments and. 
agencies whose programs involve health functions or responsibilities 
relevant to• such diseases 1 · incl tiding the Centers for Disease Control .and 
Prevention, the Health Resources and Services Administration and the 
Fo'od and Drug Administration and representatives of other governmental 
agencie~ that ser~e children with muscular aystrophy, such as the. 
Department of Education; and ' 

, (B) \1/3\ of .such members shall. be public members, including a broad 
cross section of ·persons affected with musd.ilar dystrophies including 
parents or leg~l guardians, affected indivi~uals, resear6~ers, arid · 
clin~cians. · 1 

Members appointed under subparagraph (B) ; shal.l serve for a territ of 3 
years, and may serve for an unlimited numbe:lf of terms if reappointed. 

(3) Chair.-~ 

(A) In general. -.,-With respect to musculc\r dystrophy, the Chair .of . 
·the Coordinating.Corn:rhittee shall serve as the principal advisor to the 
~ecietary, the Assistant Secretary for Heal~h, a~d the Director of NIH, 
and shall .provide advice to the Director.of the Centers for.Disease 

· ContrOl and Prevention, the Commissioner of :Food and Drugs, and t.o the 
heads of other relevant agencies. The Coordilnating Committee shall 
select the Chair for a term not to exceed 2 '.years. 

(B)'Appointment.--The Chair of the Comm:iJttee shall be appointed by 
and be direbtly responsible to the. Secretar~. 
. · ( 4) . Administrative support; . terms of ser:vice; 6th.er provisions. --The 
following shall apply with respect to the Co.ordinating Committee: 

(A) The Coordinating Committee shall receive necessary and 
appropriate administrative support from the :Oepartment of Health and 
Human Services. . · · · 

(B) The Coordinating Committee shall mee:t as appropriate as 
determined by the Secretary, in consultation, with the chair. 
(e) Plan for HHS Activities,-- · 

r . 
( 1 )~,Iµ general.-""'Not later than 1 year a;fter the da.te of enactment 

of t,his section, the Coordinating Committee shall develop a plan for 
conducting and supporting research and education on muscular dystrophy 
through the riational·research institutes and snall periodically review 
and revise the· pl.an. The plan shall-- ' . 

· (A) provide for .a broad range of research and education activities: 
relating to biomedical,. epidemiological, psybhosocial, and · 
rehabilitative issues,. including studies of the impact ·of such diseases 
in rural and underserved communities; : 

(B) ide~tify priorities among the progra~s and activities of the 
National Institutes of Health regarding such diseases; and 

(C) reflect input from a broad range of scientists~ patients, and 
advocacy groups. · · · : 

. (2) Certain elements of plan.--The plan under pa.ragraph (1) shall, 
with re9pect.to each form of muscular dysti:ophy~ prOvide for the 
following as appropriate: . : . 

· (A) Research to· determine the reasons unclierlying the in,cidence and · 
prevalence of· various forms of·muscular dyst+ophy. 

(B) Basic research concerning the etiology and gen_etic links of the 
disease and poteptial causes· of mutations. 1 

(C) .The development of improved screening tE?chniques. 

(D) Basic and clinical research for the development and evaluation 
of new treatments,· inciuding new biologicial 4gents. 

I . 

' i· 
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(E) Infotmation and education progra~s ~or health care professionals 
and the public. 

(f) Reports to Congress.--The Coordinating Committee shall biennially 
submit to the Committee on Energy and Co:inrner~e of the House of 
Representatives, and the Committee on Health; Education, Labor, and 
Pensions .of the Senate, a report that describes the research, education, 
and other activities on muscular dystrophy b1ing conducted or supported 
through the Department of Health and Human Services. Each such report . 
shall include. the following: : 

(1) The plan under subsection (e) (1) (or; revisions to the plan, as 
the case may be). . 

(2) Provisions specifying the amounts e~pend~d by the Department of 
Heal th and Human Services with respect to va:rious forms of muscular 
dystrophy, including Duchenne, myotonic, FSH'D .and other forms of 
muscular. dystrophy. · 

(3) Provisions identifying particulai prbjects or types of projects 
that should in the future be considered by t~e national research 
institutes or other entities in the field of research on all muscular 
dystrophies. 

(g) Public Input.--The Secretary shall, under subsection (a) (1), ,,, 
provide for a means through which the public tan obtain information on 
the existing and planned programs and activities of the Department of 
Health and Human Services with respect to various forms of muscular 
dystrophy andthrough which the Secretary can\receive comments from the 
public regarding such programs and activities; 

(h) Authorization of Appropriations.--For tjhe purpose of carrying out 
this section, there are authorized to be apprd.priated such sums as may 
be necessary for each of fiscal years·2002 through 2006. The 
authorization of appropriations established i~ the preceding sent~nce is 
in addition to any other authorization of appiopriations that is 
available for conducting or supporting throug~ the National Institutes 
of Heal th research and other activities with respect to mus.cu1ar 
dystrophy. · 

****.*** 
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(E) Informatio~ and edubation programs ior health bare professionals 
and the· public. . . . 

( f) Reports to Congress. ~-The Coordinatin~ Commi.ttee shall biennially 
submit to :the.Committee on Energy and Commer~e of the Ho.use of 
Representatives, and the Committee on Health;. Education, ·Labor, and 
Pensions o.f the Senate, a report thqt describes the research, education, 
and other activities.on muscular dystrophy b~in?·conducted oi supported 
through the.Department of Health .and Human S~rvices. Each such report 
shatl includ.e the following: l 

(1) The'pla:n under subsection .(e) (1) (or: revisions to the plan, as 
the case may be) . · i 

( 2) Prov.i.sions. specifying the amounts expended by the Department of . 
Health and. Human Services with respect to va\rious forms of muscular 
dystrophy, including Ducherine, myotonic,. FSHP and other forms of 
muscular dystrophy; · 

· (3) Provisions identifying particular pr~jects or. types of projects 
th~t Should·in :the future be considered by the rtational research 
institutes or other entities in the field of\ research on all muscular 
dystrophies. 1 

>lg), Public Input.--The Secretary shall, .un~er subsE,!ction (a) (l); 
provide for a means throu~h 0hich the public ~ari obtain information on' 
the existing a:ri.d planned programs and activit~es of the Department of 

. Health.and Human Services with respect to var~ous forms .of muscular 
. dystrophy and th1rough which the Secretary can ireceive comments from the 
pu~lic regarding such programs and activities.I .• 

(h) Authorization of Appropriations. --,for tthe purpose of carrying out· 
this sectio.n, there are a:utho.rized to be appropriated such sums as may 
be necessary for each of fiscal years 2002 thrbugh 2006, The 
authorization of .appropriations established in\ the precedingr sentence is 
in additiori.to any other authorizatiori of apprbpriations that is 

. available for conducting or supporting throughl t.he' National Institutes 
of Health re~eardh.and other activities with r~spect to muscular. . 
dystrophy. · 

* ·* * * * * * 
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· enc !\Undrt~ ~ttltnth . [ongrcss 
. .. \Of thr 

CJC\nitrd tStatrs of 2lmrrira 
i . . . 

. -.. ·, , \ : .... ' 

. AT .THE\FlRST SESSION 

B~gr!,n ~nd b~ld '.at the City 9/ Washington on Wednesday, 
the third day o/Jtirn_uary~ iwo thowand and one 

.. . l . . 
.. ! 

. .· .. · ·.. Qn act 
. . . ' . . -.~:··... . ... ·, .:~~-~:· .. ... :.:~ ~: .. i. ' . .\ . . .·· '.· .· : . . 

To amenc! the PU~lic Health Se~.ce Act to provide for research with respect to 
various form" '!)hnuscµIar. dystrophy, including. Duchenne, Becker, li1J1b girdle, 
congenital, · facjoscapulohumeral, Pi:Yotpnic, oculophaeyngeal, distal, ·and Emery-. 
Dreifuss .muscular dysti:ophies. i 

.. . r-. . 
Be it enacted ·by the Se~ate and House of Representatives of 

the United States of America iti Congress assembled, . -· 
I . 

SECTION 1. SHORT TITLE; ' 

This Act may be cited 1as\ the "Muscular Dystrophy Community 
· Assistance, Research and Ed'ucation Amendments of 2001", or the 

"MD_:CARE Act". ! . 

' SEC. 2. FINDINGS. . i . . . ·.. . I , 

Con!P'eSS mak~s ~he follovrng findings: . . . 
· . ('1) Of the. childhood puscular dy:stroph1es, Duchenne Mus­
. cular Dyatrophy(DMD) ls the.world's most common and cata-
. strophic form of genetic childhood disease, and is characterized 
by a r11pidly progressive muscle· weakness that. almost always 
results in death, usually by 20 years of age. · . . . 

. · (2) Duchenne muscul~r. dystrophy is. genetically inherited, 
and mothers are the carr.ers in approximately 70 percent· of 
all cases. . , . . . . . . · · . 

· (3) If a fel!lale is a darrier of the dystrophin gene, there 
is a 50 percent chance p~r birth that her male offspring will 
have. Duchenne muscular; dystrophy, and a . 50 percent. chance 
per birth that hei: female offspring will be carriers. . , ·.·· 
. . ·(4) Duchenne is the J1iost. common lethal genetic disorder 
of childhood worldwide, afl'.ecting approximately 1 in every 3,500 
boys worldwide. · 1 . · · · . 

. (5) Children with m.µscular dystrophy exhibit extreme 
syinptoms of weakness, delay iri walking, waddling gait, dif-
ficulty .in climbing stairs,: and progressive mobility problems 
often in coinbination with riiuscle hypertrophy. . 

·. (6) Other forms of m*scular dystrophy affecting children 
and adults .. include Becker, limb girdle, congenital, 
facioscapulohWJieral, . myo~onic, oculopharyngeal, distal, and 
Em~ry-Dreifuss _inuacular dystrophies .. 

.. · · (7) Myoto]1ic muscular :dystrophy (also known as Steinert's 
· disease and dystr_ ophia myo'.tonica) is the second most prom_ inent, 

form of muscular dystrophy and the type most c.ommonly found 
in adults. Unlike any of t:P,e ·.other muscular dystrophies, the 
muscle weakness is accompanied by myotonia (delayed relax, 
ation of muscles, after contraction) and by a variety of abnor-

,. malities in addition to thosei of muscle. · 

' '. 

( 
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(8) Facioscapulohu~eral muscular dystrophy (referred to 
in this section as "FSND"} is a neuromuscular disorder that 
is inherited geneticallYi and has an estimated frequency of 
1 in 20,000. FSHD, affe~ting betwe.en 15,000 to 40,000 persons, 
causes a progressive and sever loss of skeletal muscle gradually 
bringing weakness and: reduced mobility. Many persons with 
FSHD become severely: physically disabled and spend many 
decades in a wheelchair.\ 

(9) FSHD is regar,ded as a novel genetic phenomenon 
resulting from a crossover of subtelomeric DNA and may be 
the only human disease daused· by a deletion-mutation. 

(10) Each of the muscular dystrophies, though distinct 
in progressivity and sev~rity of symptoms, have a devastating 
impact on tens of thousands of children and adults throtlghout 
the United States and \forldwide and impose severe physical 
and economic burdens on: those affected. 

(11) Muscular dystrophies have a significant impact on 
quality of life-not onl~ for the individual who experiences 
its painful symptoms and:resulting disability, but also for family 
members and caregivers. ·. . . . 

(12) Development of: therapies for these disorders, while 
realistic with recent adv*nces in research, is likely to require 
costly investments and infrastructure to support gene and other 
therapies. . · 

(13) There is a shortage of qualified researchers in the 
field of neuromuscular res~arch. · 

(14) Many family physicians and health care professionals 
lack , the knowledge and resources to detect and properly 
diagnose the. disease as ~arly as yossible, thus exacerbating 
the J?rogress1veness of symptoms m cases that go undetected 
or misdiagnosed. . · 

. (15) There is a need for efficient mechanisms to translate 
clinically relevant findings', in muscular dystrophy research from 
basic science to applied wm;-k. 

(16) Educating the public and health care community 
throughout the country a:bout this devastating. disease is of 
paramount importance an:d is in every respect in the public 
interest and to the benefit qf all communities. 

SEC. 3. EXPANSION, INTENSIFICATION, AND COORDINATION OF 
ACTIVITIES OF NATIONAL INSTITUTES OF HEALTH WITH 
RESPECT TO RES~CH ON MUSCULAR DYSTROPHY. 

Part A of title IV of the P'ublic Health Service Act (42 U.S.C. 
281 et seq.) is amended by addiq.g at the end the following: 
"SEC. 404E. MUSCULAR DYSTROP;IIY; INITIATIVE THROUGH DIRECTOR 

QF NATIONAL INSTITUTES OF HEALTH. 

"(a) EXPANSION, INTENSIFICATION, AND . COORDINATION OF 
. ACTIVITIES.- \ 

"(l) IN GENERAL.-The. Director of NIH, in coordination 
with the Directors of the National Institute of Neurological 
Disorders and Stroke, the National Institute of Arthritis and 
Muscoskeletal and Skin D~seases, the National Institute of 
Child Health and Human Development, and the other national 
research institutes as appropriate, shall expand and intensify 
programs of such Institutes with respect to research and related 
activities·· concerning varim~s forms of muscular dystrophy, 

· including Puchenne, myoto*ic, facioscapulohumeral muscular 
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dystrophy . (referred to 1 in ·this section as 'FSHD') and other 
forms of muscular dystrophy. 

\ "(2) COORDINATION\-The Directors referred to in para-
graph (1) shall jointly' coordinate the programs referred to 
in such paragraph and!, consult with the Muscular Dystrophy 
Interagency Coordinatitjg Committee established under section 
6 of the MD-CARE Act. \ . · 

"(3) ALLOCATIONS llY DIRECTOR OF NIH.-The Director of 
NIH shall allocate the ~mounts appropriated to carry out this 
section for each fiscali year among the national ·research 
institutes referred to in ~aragraph (l). 
"(b) CENTERS OF EXCELLENCE.-

"(l) .IN GENERAL.-Tpe Director of NIH shall award grants 
and contracts under subsection (a)(l) to public or nonprofit 
private entities to pay 1 all or part of the cost of planning, 
establishing, improving, 'and providing basic operating support 
for centers of excellence: regarding research on various forms 
of mµscular dystrophy. 

"(2). RESEARCH.-Each center under paragraph (l) shall 
supplement but not replace the establishment of a comprehen­
siv:e research portfolio in all the muscular dystrophie~. As· a 
whole, the centers shalli. conduct basic and clinical research 
in all forms of musculari dystrophy including early detection, 
diagnosis, prevention, and treatment, . including the fields of 
muscle biology, · geneti<ls, noninvasive imaging, genetics, 
pharmacological and othei! therapies. · 

. "{3) COORDINATION OF CENTERS; REPORTS.-The Director 
of NIH~ : . 

"(A) shall, as appropriate, provide for the coordination 
of information among centers under paragraph (1) and 
ensure regular commµnication between such centers; and 

"(B) shall requir~ the periodic preparation of reports 
on the activities of tlle centers and the submission of the 
reports to the Director\ 
"(4) ORGANIZATION OF: CENTERS.-Each center under para­

graph (1) shall use the facilities of a single institution, or 
be .formed· from a cons6rtium of cooperating institutions, 
meeting such requirements as may be prescribed by the 
Director of NIH. · 

"(5) DURATJON OF SUE!PORT.-Support for a ·center estab­
lished under paragraph (1), may be provided under this section 
for a period of not to exceed 5 years. Such period may be 
extended for 1 or more 1,1ddifional periods not exceeding 5 
years if the operations o~ such center have been reviewed 
by an appropriate technical and scientific peer review group 
established by the Director of NIH and if such group has 
recommended to the Dir~ctor that such period should be 
extended. . · \ · ' · 
"(c) FACILITATION OF RESEARCH.-The Director of NIH shall 

provide for a program under sul>section (a)(l) under which samples 
of tissues and genetic materials that are of use in research on 
muscufar dystrophy are donated, collected, preserved, and made 
available for such research. Th~ program shall be carried out in 
accordance with accepted scientific and medical standards for the 
donation, collection, and preservation of such samples. 

"(d) COORDINATING COMMITT~E.- . 
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"(1) IN GENERAL.-fhe Secretary shall establish the Mus­
cular Dystrophy Coordinating Committee (referred _ to in this 
section as the 'Coordinating Committee') to coordinate activities 
across the National In~titutes and with other Federal health 
programs and activities: relating to the various forms of mus-

. c_ular dystrophy. i 
"(2) COMPOSITION.1 The Coordinating Committee shall con­

sist of not. more th~n ', 15 members to be -appointed . by the 
Secretary,-ofwhich......,. ! - · 
· "(A) % _of such :ineml:iers shall represent goyernmental 

· _a ___ .gen_ c_ ie_ s, ___ i_n_c_ lu __ din __ g _the_ dir_e_ c_ to_ r_ s or their designees o_ f eac_h 
of the national research institutes involved in research 
with respect to muscular dystrophy and representatives 
of all other Federal \departments and agencies whose pro­
grams involve health functions or responsibilities relevant 
to such diseases, including the Centers_ for Disease Control 
and · Prevention, the. Health Resources and Services 
Administration and the Food and DrugAdministration and 
representatives of other governmental agencies that serve 
children with muscuf,ar dystrophy, such as the Department 
of Education; and · 

"(B) l/s of such i members shall -be public members, . 
including a _broad cross _ section of persons affected with· 
muscular dystrophies\ including parents or legal guardians, 
affected individuals, researchers, and clinicians. 

Members appointed undE;!r subparagraph (B) shall serve for 
a term of 3. years, .and may serve for an unlimited number 
of tet'Ills if reappointed. 1, · 

"(3) CHAIR.-:- \ _ ' 
"(~) IN GENERAL.7With respect to muscular dystrophy, 

the Chair· of the Coordinating Committee shall serve as 
the principal advisor !to the Secretary, the Assistant Sec­
retary for Health, anq the Director of NIH, and shall pro­
vide advice to the Qirector of the Centers for Disease 
Control and Preventipn, the Commissioner_ of Food _and 
Drugs, and to the heads of other relevant agencies. The 
Coordinating Committee shall select the Chair for a term 
not to exceed 2 years. : · 

"(B)APPOINTMENTl-The Chair of the Committee shall 
be appointed by and \be directly responsible to the Sec-
retary. i 
"(4) ADMINISTRATIVE SUPPORT; TERMS OF SERVICE; OTHER 

PROVISIONS.-The following shall apply with respect to the 
Coordinating Committee: 

"(A) The Coordimiting Committee shall receive nec­
essary and appropriat~ administrative support from the 
Department of Health and Human Services. 

"(B) The Coordinating Committee shall meet as appro­
priate as determined hi the Secretary, in consultation with 
the chair. , .. 

"(e) PLAN FOR HHS ACTIVITIES.-
"(1) IN GENERAL.-Not! later than 1 year after the date 

of enactment of this section; the Coordinating Committee shall 
develop a plan for conducting and supporting research and 
education on muscular dystrophy through the national research 
institutes and shall periodically review and revise the plan. 
The plan shall- -

,-

/ 
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'~A) provide fdr a broad range of research and edu­
cation activities relating to biomedical, epidemiological, 
psychosocial, and rehabilitative issues, including studies 
of the impact of s~ch diseases in rural and underserved 
communities; : · . . 

"(B) identify ptjorities among the programs and activi­
ties of the Nation~l Institutes of Health regarding such 
diseases; and , 

"(C) reflect input from a broad range of scientists, 
patients, and advoc~,cy groups. ·. 
"(2) CERTAIN ELEME;NTS OF PLAN.-The plan under para­

graph (1) shall, with r~spect to each form of muscular dys­
trophy, provide for the following as appropriate: 

·"(A) Research to1• determine the reasons underlying the 
incidence and preval¢nce of various forms of muscular dys-
trophy. ', 

"(B) Basic reseai;ch concerning the etiology and genetic 
links of the disease and potential causes of mutations. 

"(C) The develqpment of improved screening tech-
niques. • 

"(D) Basic and clinical research for the development 
and evaluation of new treatments, including new biological 
agents. ·, 

"(E) Information and education programs for health 
care professionals and the public. · 

"(f) REPORTS TO CONGRESS.-The Coordinating Committee shall 
biennially submit . to the Committee on Energy and Commerce of. 
the House of :Representatives,: and the Committee on Health, Edu­
cation, Labor, and Pensions of the Senate, a report that describes 
the research, education, and other activities on muscular dystrophy 
being conducted or supported\ through the Department of Health 
and Human Services. Each su¢h report shall include the following: 

"(1) The plan under ~ubsection (e)(l) (or revisions to the 
plan, as the case may be). ' 

"(2) Provisions specifying the amounts. expended by the 
Department of Health and Human Services with respect to 
various forms of muscular dystrophy, including Duchenne, 
myotonic, FSHD and other forms of muscular dystrophy. 

"(3) Provisions identif:Ying particular projects or types of 
projects that should in the future be considered by the national 
research institutes or other entities in the field of research 
on all muscular dystrophiesl 
"(g) PuBLIC INPUT.-The iSecretary shall, under subsection 

(a)(l), provide for a means through which the public can obtain 
information on the existing an,d planned progra~s an~ activities 
of the Department of Health ~nd Human Sel'Vlces with respect 
to various forms of muscular pystrophy and through which the 
Secretary can receive comments from the public regarding such 
programs and activities. , 

"(h) AUTHORIZATION OF APPROPRIATIONS.-For the purpose of 
carrying out this section, there·. are authorized to be appropriated 
such sums as IQ,ay be necessary (or each of fiscal years 2002 through 
2006. The authorization of appropriations established in the pre­
ceding sentence is in addition td any other authorization of appro­
priations that is available for bonducting or supporting through 
the Nationallristitutes of Health research and other activities with 
respect to muscular dystrophy.". · 

( 



/ 

H.R. 717-6 

SEC. 4. DEVELOPMENT AND iEXPANSION OF ACTMTIES OF CENTERS 
.. FOR DISEASE' CONTROL AND PREVENTION WITH 

RESPECT TO :E;PIDEMIOLOGIC,AL RESEARCH ON MUS­
CULAR DYSTROPHY. 

Part B of title III of the Public Health Service Act (42 U.S.C. 
243 et seq.) is~amended by i~serting after section 317P the following: 

"SEC. 817Q. SURVEILLANCE AND RESEARCH REGARDING MUSCULAR 
DYSTROPHY. 

"(a) IN GENERAL.-The Secretary, ·acting through the Director 
of the Centers· for Disease Control and Prevention, may award 
grants and cooperative agreements to public or nonprofit private 
entities (including health departments of States and political sub­
divisions of States, and including universities arid other educational 
entities) for the collection,· analysis, and reporting of data on 
Duchenne and other forms of muscular dystrophy. In making such 
awards, the Secretary may provide direct technical·. assistance in 
lieu of cash. 

"(b) NATIONAL MUSCULAR DYSTROPHY EPIDEMIOLOGY PRO­
GRAM.~The Secretary, acting through the Director of the Centers 
for Disease Control and Prevention, may award grants to public 
or nonprofit private entities (including health departments of States 
and political subdivisions of States, and including universities and 
other educational entities) : for the purpose of· carrying out 
epidemiological activities reg~rding Duchenne and other forms of 
muscular dystrophies, including collecting and analyzing informa­
tion on the number, incidence, correlates, and symptoms of cases. 
In carrying out the preceding• sentence, the Secretary shall provide 
for a national surveillance program. In making awards under this 
subsection, the Secretary may provide direct technical assistance 
in lieu of cash. 

"(c) COORDINATION WITH ~ENTERS OF EXCELLENCE.-::_The Sec­
retary shall ensure that epidemiological information under sub­
sections (a) and (b) is made ayailable to centers of excellence sup­
ported under section 404E(b) by the Director of the National 
Institutes of Health. 

"(d) AUTHORIZATION OF APPROPRIATIONS.-There are authorized 
to be appropriated such sums as may be necessary to carry out 
this section.". 

SEC. 5. INFORMATION AND EDUCATION. 

(a) IN GENERAL.-The Secretary of Health and Human Services 
(referred to in this Act as the "Secretary") shall establish and 
implement a program to proVide information and education on 
muscular dystrophy to health professfonals and the general public, 
including information ·and education on advances in the diagnosis 
and treatment of muscular dystrophy and training and continuing 
education through programs for scientists, physicians, medical stu­
dents, and other health professionals who provide care for patients 
with muscular dystrophy. 

(b) STIPENDS.-The Secretary may use amounts made available 
under this section provides stipends for health professionals who 
are enrolled in training programs under this section. 

(c) AUTHORIZATION OF APPROPRIATIONS.-There are authorized 
to be appropriated such sums as may be necessary to carry out 
this section. 
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SEC. 6. REPORT TO CONGRESS. 

. Not later than January 1, 2003, and each January 1 thereafter, 
the Secretary shall prepare ·.and submit to the appropriate commit­
tees of Congress, a report concerning the implementation of this . 
Act and the amendments made by this Act. 

SEC. 7. STUDY ON THE USE •OF CENTERS OF EXCELLENCE AT THE. 
NATIONAL INSTITuTES OF HEALTH. 

(a) REVIEW.-Not later than 60 days after the date of enactment 
of this Act, the Secretary of Health and. Jiuman Services shall 
enter into a contract with th~ Institute of Medicine for the purpose 
of conducting a study and making recommendations on the impact 
of, need for, and other issues. associated with Centers of Excellence 
at the National Institutes of Health: 

(b) AREAS OF REVIEW,_..:.ln conducting the study under sub­
section (a), the Institute of Medicine shall at a minimum consider 
the following: ! 

. (1) The current areas .of research incorporating Centers 
of Excellence (which shall include a description of such areas) 
and the relationship of • this form of funding mechanism to 
other forms of funding for research grants, including investi­
gator initiated research, contracts and other types of research 
support awards. · ' 

(2) The distinctive ' aspects of Centers of Excellence, 
including the additional knowledge that may be expected to 
be .gained through Center.a of Excellence as compared to other 

. forms ofgrant or contract mechanisms. · · . . 
(3) The costs associated with establishing and maintaining 

Centers of Excellence, and the record of scholarship and 
training resultfog from such Centers. The research and training 
contributions of Centers should be assessed on their own merits 
and in comparison with other forms of research support. 

· (4) Specific areas ofresearch in which Centers of Excellence 
may be useful, needed, or underused, as well as areas of 
research in which Centers of Excellence may not be helpful. 

(5) Criteria: that may be applied in determini:hg when Cen­
ters of Excellence are an appropriate and cost-effective research 
investment and conditions that should be present in order 
to consider the establishment of Centers of Excellence. 

(6) Alternative research models that may accomplish 
results similar to or greater.than Centers of Excellence. . 
(c) REPORT.-Not later than 1 year after the date on which 

the contract is entered into tinder subsection (a), the Institute 
0 of Medicine shall complete the study under such subsection and 
submit a report~to the Secretary of Health and Human Services 
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and the. Jippropriate committees of Congress that contains the 
results of such stuclY• 

Speaker of the House of Representatives. 

· · _ Vice Pr~sident of the United States and 
· President of the Senate. 

·~ ... .. 
-~ 
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H.R. 717 --MUSCULAR DYSTROPHY COMMUNITY ASSISTANCE, RESEARCH, 
Subject: AND EDUCATION AMENDMENTS OF 2001 {MD-CARE ACT} 

ACTION FYr ACTIO~~ §l):l~,1, 

~ 
·01 J ::...;; Jl .. ~ 

VICE PRESIDENT D HUBBARD ~ D 

CARD lil' D HUGHES lii7' .o 
BLAKEMAN D D IRASTORZA D D 

BOLTEN (Ir D JOHNSON D D 

CALIO Ii( D LINDSJ:Y Ill' D 

CONNAUGHTON D D MIERS D v 
DANIELS D lit' RICE D D 

FLEISCHER D Ill' RIDGE D D 

GERSON D D ROVE IV D 

GONZALES ~ D SPELLINGS lir" D 

HAGIN D D CLERK D 

HAWKINS rl D D D 

REMARKS: 
PLEASE SEND OOMMENTS TO STAFF SECRETARY, EXT. 62702, NO LATER THAN 9:00 AM 
MONDAY, DECEMBER 10, 2001. THANK YOU. 

1 Harriet E Miers 
Assistant to the President 

and Staff Secretary 
Ext. 62702 

-.... ; 
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b(3) Release would vfolate a Federal statute [(b)(3) of the FOIA) 
b(4) Release would disclose trade secrets ·Qr cmiflden~i!ll or financfal 

. information [(b)(4) of the FOIAl · · · · · 
b(6) ~etease wollld-tOnStitu~e·a·c1early··iinwarran·ted inya·sioli of·-~.. . :. .... 
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SS/RM NO. 499882 

WHITE HOUSE STAFFING l\1EMORANDUM 

Date: 12·7-01 ACTION/ CONCURRENCE I COMMENT DUE BY: 12-10-01, 9:00 am 

H.R. 717--MUSCULAR DYSTROPHY COMMUNITY ASSISTANCE, RESEARCH, 
Subject: AND EDUCATION AMENDMENTS OF 2001 {MD-CARE ACT} 

ACTION FYI ACTION FYI 

VICE PRESIDENT Jr' D HUBBARD rW'. D 

CARD lit D HUGHES Iii" D 

BLAKEMAN D D IRASTORZA D D 

BOLTEN Ill' D JOHNSON D D 

CALIO lit' D LINDSEY llil'' D 

CONNAUGHTON ·o D .MIERS D v 
DANIELS•"'' ~ 'lif RICE D 0 

FLEISCHER D Ir RIDGE D 0 

GERSON D D ROVE Ir D 

GONZALES rK' D SPELLINGS liir" D 

HAGIN D D CLERK D 

HAWKINS rt' ·D D D 

REMARKS: 
PLEASE SEND COMMENTS TO STAFF SECRETARY; EXT. 62702, NO LATER THAN 9:00 AM 
MONDAY, DECEMBER 10, 2001. THANK YOU. 

14]001 

.' ... ;;. 



, 
SS/ RM NO. 499882 

WHITE HOUSE STAFFING MEMORANDUM 
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MONDAY, DECEMBER 10, 2001. THANK YOU. 

RESPONSE: 

Harriet E. Miers 
Assistant to the President 

and StaffSecretary 
Ext. 62702 

---

~-;, . 
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SS/RM NO. 499882 

WffiTE HOUSE STAFFING MEMORANDUM 

Date: 12·7·01 ACTION/CONCURRENCE/COMMENT DUE BY: 12·10-01, 9:00 am 

Subject: 
H.R. 717 ··MUSCULAR DYSTROPHY COMMUNITY ASSISTANCE, RESEARCH, . 
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ACTION FYI ACTION FYI 

VICE PRESIDENT Jr' D HUBBARD 'lit' D 
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REMARKS: 
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Harriet E. Miers 
Assistant to the President 

and Staff Secretary 
Ext. 62702 
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. .,,. 
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. WASHINGTON . 
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JONATHAN BURKS 
DEPUTY STAFF SECRETARY TO THE VICE PRESIDENT. 

Enrolled Bill H.R •. 717 - Muscular Dystrophy 
Community ~sistance, Reiearch, and Education 
Amendments Act of 2001 {MD-Care Act) 

.. The Office of the Vice President has reviewed the above-referenced . . . . . . . . . . . 

draft and has no comments. 
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H.~)717 

<Bnt !tundrtd ~t\Jtnth (iongrrss - . . 

of tht 
~nittd ~tatts of 2lmtrica 

AT THE FIRST SESSION 

Begun arul held at the City of Washington on Wednesday, 
the third day of Jar,.uary, two thousand and one 

an act 
To amend the Public Heillth Service Act to provide for research with respect to 
.. various form& of muscular dystrophy, including Duchenne, Becker, limb girdle, 

congenitill, facioscapulohumerill, myotonic, oculopharyngeill, distill, ~d Emei"y­
Dreifuss muscular dystrophies. 

Be it enacted by the Senate and House of Representatives of 
the United States of America in Congress assembled, · 
SECTION 1. SHORT TITLE. 

This Act may be cited as the ''Muscular Dystrophy Community 
Assis~ance, Research and Education Amendments of 2001'', or the 
. ''MD-CARE Act". . . . 

SEC. 2. FINDINGS. 

Congress makes the following findings: 
(1) Of. the. childhood muscular dystrophies, Duchenne Mus­

cular Dystrophy (DMD) is the world's most common and cata­
strophic form of genetic childhoo.d disease, and is characterized 
by a rapidly progressive muscle weakness that almost always 
resul!s in death, usually by 20 years of age. . · · 
. (2) Duchenne muscular dystrophy is genetically inherited, 

·. ·-;and mothers are the carriers in approximately 70 percent of , 
all cases. · 

(3) If a female is a carrier of the gystrophin gene, there 
is a 50 percent chance per birth .that her male offspring will 
have DU:chenne muscular dystrophy, and a 50 percent chance 
per birth that her female offspring will be carriers. · 

( 4) Duchenne is the most common lethal genetic disorder 
of childhood worldwide, affecting approximately 1 in every 3,500 
boys worldwide. . 

· (5) Children with muscular dystrophy exhibit extreme 
symptoms of weakness, delay in walking, waddling gait, dif­
ficulty in climbing stairs, and progressive mobility problems 
often in combination with muscle hypertrophy. 

(6) Other fonns of muscular dystrophy affecting children 
and adults include Becker, · limb girdle, congenital, 
facioscapulohumeral, myotonic, oculopharyngeal, distal, and 
Emery-Dreifuss muscular dystrophies. · 
.· (7) Myotonic muscular dystrophy (also known as Steinert's 
disease and dystrophia myotonica) is the second most prominent 
form of muscular dystrophy and the type most commonly found 
in adults. Unlike any of the other muscular .dystrophies, the 
muscle weakness is accompanied by myotonia (delayed relax­
ation of muscles after contraction) . and by a variety of abnor-
malities in addition to those of muscle. · 

" 



.. 

H.R. 717-8 

and the appropriate committees of ·Congress that contains the 
results of such study. 

APPROVED 
DEC J 8 2001 


	t017-002b-12182001hr717-61934-001
	t017-002b-12182001hr717-61934-002
	t017-002b-12182001hr717-61934-003
	t017-002b-12182001hr717-61934-004
	t017-002b-12182001hr717-61934-005
	t017-002b-12182001hr717-61934-006
	t017-002b-12182001hr717-61934-007
	t017-002b-12182001hr717-61934-008
	t017-002b-12182001hr717-61934-009
	t017-002b-12182001hr717-61934-010
	t017-002b-12182001hr717-61934-011
	t017-002b-12182001hr717-61934-012
	t017-002b-12182001hr717-61934-013
	t017-002b-12182001hr717-61934-014
	t017-002b-12182001hr717-61934-015
	t017-002b-12182001hr717-61934-016
	t017-002b-12182001hr717-61934-017
	t017-002b-12182001hr717-61934-018
	t017-002b-12182001hr717-61934-019
	t017-002b-12182001hr717-61934-020
	t017-002b-12182001hr717-61934-021
	t017-002b-12182001hr717-61934-022
	t017-002b-12182001hr717-61934-023
	t017-002b-12182001hr717-61934-024
	t017-002b-12182001hr717-61934-025
	t017-002b-12182001hr717-61934-026
	t017-002b-12182001hr717-61934-027
	t017-002b-12182001hr717-61934-028
	t017-002b-12182001hr717-61934-029
	t017-002b-12182001hr717-61934-030
	t017-002b-12182001hr717-61934-031
	t017-002b-12182001hr717-61934-032
	t017-002b-12182001hr717-61934-033
	t017-002b-12182001hr717-61934-034
	t017-002b-12182001hr717-61934-035
	t017-002b-12182001hr717-61934-036
	t017-002b-12182001hr717-61934-037
	t017-002b-12182001hr717-61934-038
	t017-002b-12182001hr717-61934-039
	t017-002b-12182001hr717-61934-040
	t017-002b-12182001hr717-61934-041
	t017-002b-12182001hr717-61934-042
	t017-002b-12182001hr717-61934-043
	t017-002b-12182001hr717-61934-044
	t017-002b-12182001hr717-61934-045
	t017-002b-12182001hr717-61934-046
	t017-002b-12182001hr717-61934-047
	t017-002b-12182001hr717-61934-048
	t017-002b-12182001hr717-61934-049
	t017-002b-12182001hr717-61934-050
	t017-002b-12182001hr717-61934-051
	t017-002b-12182001hr717-61934-052
	t017-002b-12182001hr717-61934-053
	t017-002b-12182001hr717-61934-054
	t017-002b-12182001hr717-61934-055
	t017-002b-12182001hr717-61934-056
	t017-002b-12182001hr717-61934-057
	t017-002b-12182001hr717-61934-058
	t017-002b-12182001hr717-61934-059
	t017-002b-12182001hr717-61934-060
	t017-002b-12182001hr717-61934-061
	t017-002b-12182001hr717-61934-062
	t017-002b-12182001hr717-61934-063
	t017-002b-12182001hr717-61934-064
	t017-002b-12182001hr717-61934-065
	t017-002b-12182001hr717-61934-066
	t017-002b-12182001hr717-61934-067
	t017-002b-12182001hr717-61934-068
	t017-002b-12182001hr717-61934-069
	t017-002b-12182001hr717-61934-070
	t017-002b-12182001hr717-61934-071

