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EXECUTIVE OFFlCE OF THE PRESIDENT _
. OFFICE OF MANAGEMENT AND BUDGET
- ' WASHINGTON, D.C. 20503

’Octébéf’3o;,2002'

 THE PRESID

L e Ettlﬁlssrtr
| MEMORANDUMFORTHEPRE&DENT;:i?7 o _:7\ {)- o ‘ =

THE DIRECTOR

9.

 SUBJECT: . Enrolled Bill HK. 4013 - Rare Diseases Act of 2002
: : Sponsors _Rep Shrmkus‘”(R), IL and 54 cosponsors

= Last DaV for Actron o
November 8 2002 Frrday

| Purpose

I

Establrshes an Ofﬁce of Rare Dlseases wrthm the Natronal Instltutes Qf Health (NIH) and
authorizes approprlatlons for Rare Disease Reglonal Centers of Excellence :

Agency Recomm'endatrons “

Ofﬁce of Management and Budget - } WA - Approyal
Department of Health and Human Servrces (HHS) ; . Approval _
Discussron o |

H R 4013 Would establlsh in statute an Office of Rare Dlseases within the Ofﬁce of the :
“Director of NIH (The Office was established administratively in 1993.) A rare disease i is-.

- defined as one that afflicts fewer than 200,000 individuals in the United States. Accordlng to the

“Food and Drug Admlmstratlon there are more than 6,000 rare diseases affectmg 20to 25 million .
people in the United States. The Office would be responsible for recommending an agenda for
conducting and supporting research; promoting-coordination and cooperation among NIH ~ .~
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources

* within NIH for conducting and supporting research on rare diseases; and encouraglng the

: establlshment of a centralized clearinghouse for rare and genetic disease information for use by

o the public, medical professionals, patients, and their families. H. R. 4013 would authorize

appropriations of $4 million for each of FYs 2003-2006 to carry out the respon51b111t1es of the T
Office. The FY 2003 Budget requests $11.3 million for the Ofﬁce : '



H.R. 4013 also would authorize appropriations of $20 million for each of FY's 2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases; in collabor‘ation‘
with other NIH institutes and centers, would enter into cooperative agreements with and make ..
grants to public or private nonprofit entities for regional centers of excellence that would conduct
research and training in the diagnosis, prevention, control, and treatment of rare diseases. '
Federal support of the centers of excellence would be limited to five years, but could, under:
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
1nclude funding for rare disease regional centers of excellence. SR

Conclusion and Recommendations

~ HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the

‘ ’.'Department states that the enrolled bill "is consistent with the Department's policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized
Research and Diagnostic Centers of Excellence for Rare Diseases, which it considers crucial to
coordinate research on rare diseases." '

We join HHS in recommendlng approval of H.R. 401 3, wh1ch passed the House by voice '
_ vote and the Senate by unanimous consent. . '

Mitchell E. Daniels, Jr.
Director

- Enclosures




H.R.4013

One Aundred Seventh Congress

. ofthe

-~ Bnited States of America
AT THE SECOND‘SESSION

Begun and held at the City of Washington on Wednesday,
- the twenty-third day of January, two thousand and two

‘A.,\!
a0 )
DY

An Act

5 =
o z\‘ :
. - : . : .
o0 ™m To amend the Public Health Service Act to establish an Office of Rare Diseases
~ - at the National Institutes of Health, and for other purposes.
=S c;f / Be it enacted by the Senate and House of Representatives of

the United States of America in Congress assembled,

SECTION 1. SHORT TITLE. v
This Act may be cited as the “Rare Diseases Act of 2002”.

SEC. 2. FINDINGS AND PURPOSES.

(a) FINDINGS.—Congress makes the following findings:
~~ (1) Rare diseases and disorders are those which affect
small patient populations, typically populations smaller than
- 200,000 individuals in the United States. Such diseases and
conditions include Huntington’s disease, amyotrophic lateral
sclerosis (Lou Gehrig’s disease), Tourette syndrome, Crohn’s
disee}llse, cystic fibrosis, cystinosis, and -Duchenne muscular dys-
trophy. \ :

(2) For many years, the 25,000,000 Americans suffering
from the over 6,000 rare diseases and disorders were denied
access to effective medicines because prescription drug manu-
facturers could rarely make a profit from marketing drugs
for such small groups of patients. The prescription drug
industry did not adequately fund research into such treatments.
Despite the urgent health need for these medicines, they came
to be known as “orphan drugs” because no companies would’
commercialize them. . :

(3) During the 1970s, an organization called the National
Organization for Rare Disorders (NORD) was founded to pro-
vide services and to lobby on behalf of patients with rare

" - diseases and disorders. NORD was instrumental in pressing
dCongress for legislation to encourage the development of orphan
rugs. '

(4) The Orphan Drug Act created financial incentives for
the research and production of such orphan drugs. New Federal
programs at the National Institutes of Health and the Food
and Drug Administration encouraged clinical research and
commercial product development for products that target rare
diseases. An Orphan Products Board was established to pro--
mote the development of drugs and devices for rare diseases
or disorders.- :

- (5) Before 1983, some 38 orphan drugs had been developed.
- Since the enactment of the Orphan Drug Act, more than 220
new orphan drugs have been approved and marketed in the




- H.R.4013—4

agencies of the National Institutes of Health and by the Food
and Drug Administration to the extent that such institutes, centers
and agencies have responsibilities that are related to rare diseases.
“(c) USeEs FOR FEDERAL PAYMENTS UNDER COOPERATIVE AGREE-
. MENTS OR GRANTS.—Federal payments made under a cooperative
agreement or grant under subsection (a) may be used for—
“(1) staffing, administrative, and other basic operating
costs, mcludmg such patient care costs as are required for
research;
“2) ‘clinical trammg, including training for allied health
professionals, continuing education for health professionals and
allied health professions personnel, and information programs
for the public with respect to rare diseases; and
: “(3) clinical research and demonstration programs.
; “(d) PERIOD OF SUPPORT; ADDITIONAL PERIODS.—Support of a
center under subsection (a) may be for a period of not to exceed
5 years. Such period may be extended by the Director for additional
periods of not more than 5 years if the operations of such center
have been reviewed by an appropriate technical and scientific peer
review group established by the Director and if such group has
recommended to the Director that such period should be extended.

“(e) AUTHORIZATION OF APPROPRIATIONS.—For the purpose of
carrying out this section, there are authorized to be appropriated
such sums as already have been appropriated for fiscal year 2002,
and $20,000,000 for each of the fiscal years 2003 through 2006. "

APPROVED

NOV - 6 2002




. ; *;»s\ . (» .

. »& ;&’ -

o

«»M*\\\\?« o

inder of

case not scanned




SSI RM NO. '

WHITE HOUSE STAFFING MEMORANDUM S

)  Date: 10 30-02 4: 30 PM-

ACTION/CONCURRENCE/-COMMVENT DUEBY: 10-31-025:00PM

* Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES' ACT OF 2002

: ACTION FYI

VICE PRESIDENT

[earo
|ARTLETT

'BLAKEMAN

BOLTEN
| BRIDGELAND
CAUO .

CONNAUGHTON

DANIELS
FLEISCHER -

o

 HUBBARD

 JOHNSON
LINDSEY o
VIEMARBURGER
‘;;MERS
'7IHDGE
"ﬁROVE

" ACTION  FYI

 IRASTORZA [

noooOoooooao

'fSPELUNGS
' CLERKe

| cERSON

RS R 00RO

| GONZALES -
- |HAGIN

D oo

EfHAqustff”*

| ESECECECNRCIRY:

- REMARKS: ' AT | ‘
" PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES X53458 FAX X56148

~BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002 WITH A COPY TOTHE STAFF SECRETARY.:”

e - THANK YOU.

- RESPONSE:

.~_." Harriet E. Miers o

_ Assistant to the President’

- and Staff Secretary
 Ext.62702°



: VEXEC‘UTIVE OFFICE OF - THE PRESIDENT
' OFFICE‘OF’ MANAGEMENT AND BUDGET
WASHINGTON, D.C. 20503

October 30, 2002

“THE DIRECTOR =

“MEMORANDUM FOR THE PRESIDENT

SUBJECT: Enrolled Bill H R. 4013 Rare D1seases Act of 2002
Sponsors Rep Shimkus (R) IL and 54 cosponsors ‘

Last Day for Act10n

NovemberS 2002 - Frlday

Purpose

Estabhshes an Office of Rare Diseases within the Nat10nal Institutes of Health (NIH) and
authorlzes approprlatlons for Rare Disease Regional Centers of Excellence.

Agency Recommendatlons

Office of Management and Budgét . ‘ ‘ Approval
Departmenf of Health and Human Services (HHS) = Approval
Discussion |

8 H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the -
Director of NIH. (The Office was established administratively in 1993.) A rare disease is

- defined as one that afflicts fewer than 200,000 individuals in the United States. According to the

" Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million .-
people in the United States. The Office would be responsible for recommending an agenda for
conducting and supporting research; promoting coordination and cooperation among NIH "
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources -

~within NIH for conducting and supporting research on rare diseases; and encouraging the

~ establishment of a centralized clearinghouse for rare and genetic disease information for use by
" the public, medical professionals, patients, and their families. H.R. 4013 would authorize.
appropriations of $4 million for each of FY's 2003-2006 to carry out the respon51b1htles of the
Ofﬁce The FY 2003 Budget requests $11.3 million for the Office.




H.R. 4013 also would authonze appropnatlons of $20 million for each of FY's 2003- 2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration |
with other NIH institutes and centers, would enter into cooperative agreements with and make
grants to public or private nonprofit entities for regional centers of excellence that would conduct -
research and training in the diagnosis, prevention, control, and treatment of rare diseases.

‘Federal support of the centers of excellence would be limited to five years, but could, under
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include funding for rare disease regional centers of excellence : :

Conclusion and Recommendations R

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
Department states that the enrolled bill "is consistent with the Department's policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized
Research and Diagnostic Centers of Excellence for Rare Diseases, which it considers crumal to
coordinate research on rare diseases." '

“We join HHS in recommendlng approval of H R 4013, Wthh passed the House by voice .
vote and the Senate by unanimous consent

wcwﬁ

Mitchell E. Damels Jr.
Dtrector

. Enclosures



Bills Received at the White House g

Date received and
notification to OMB: 10/28/2002

Last day for actior7 11/8/2002

Official Title

H.R.4013 An Act to amend the Public Health Service Act to establish
an Office of Rare Diseases at the National Institutes of
Health, and for other purposes. 5 | 7 5 q
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N\ WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10,'31 -02 5:00 PM '

Subject: ENROLLED BILL H.R. ;401’3 - RARE DISEASES ACT OF.2002

| e ACTION FYI ' AcTioN Fvi |
VICE PREg}DEﬁ @ O wueearo O @ O
CARD @Z/ & \ O IRASTORZA O O |
BARTLETT . #d \O Jounson o o
BLAKEMAN O /O  LINDSEY @ O
BOLTEN / - E( / O  MARBURGER o o
'BRIDGELAND v\'!c‘f 12( o MIERS - O 0O
| CALIO ok { | E’I_ RICE | sz | O
CONNAUGHTON Wt { o RIDGE o o|
DANIELS o E( | ROVE WC/ { o
FLEISCHER Zr o SPELLINGS r\/uid O
GERSON O O CLERK o &«
GONZALES WC | O _ o o
HAGIN | In} O O
‘HAWKINS 2 o o O

REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458 FAX X56148,
BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.,
THANK YOU.

RESPONSE:

Harriet E. Miers . -
" . Assistant to the President
and Staff Secretary
~Ext. 62702



EXECUTIVE OFFICE OF THE PRESIDENT
) OFFICE OF MANAGEMENT AND BUDGET
‘ " WASHINGTON, . D.C. 20503

‘October 30, 2002

" THE. DIRECTOR °

 MEMORANDUM FOR THE PRESIDENT

SUBJECT: Enrolled Bil‘lv“H.Ri 4013 - Rare DiseasesAct ef 2002
- Sponsors - Rep. Shimkus (R) IL and 54 cosponsors '

Last Day for Action
- November 8, 2002 v-b Friday
v ‘, Purg‘ose

Establishes an Office of Rare Diseases within the Natxonal Institutes of Health (NIH) and
K authorizes appropnatlons for Rare Disease Reg1onal Centers of Excellence : '

. Agencv Recommendat1ons .

Ofﬁce of Management and Budget B _' | | Approval
Department of Health and Human Servrces (HHS) Approval
Discussion

H R. 4013 would establish in statute an Office of Rare D1seases wrthm the Ofﬁce of the .

Director of NIH. (The Office was established adm1n1strat1vely in 1993.) A rare disease is
~ defined as one that afflicts fewer than 200,000 individuals in the United States. According to the
- Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million

-people in the Un1ted States. The Office would be responsible for recommending an agenda for
: conducting and supporting research; promoting coordinatioh and cooperation among NIH
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources.
- within NIH for conducting and supporting research on rare diseases; and encouraging the |
‘establishment of a centralized clearinghouse for rare and genetic disease information for use by

. the public, medical professionals, patients, and their families. H.R. 4013 would authorize

- appropriations of $4 million for each of FYs 2003-2006 to carry out‘the responsxbrhtles of the .
Office. The FY 2003 Budget requests $11 3 million for the Ofﬁce : :



H.R. 4013 also would authorize appropriations of $20 million for each of FYs 2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
- with other NIH institutes and centers, would enter into cooperative agreements with and make
grants to public or private nonprofit entities for regional centers of excellence that would conduct
research and training in the diagnosis, prevention, control, and treatment of rare diseases.
Federal support of the centers of excellence would be limited to five years, but could, under
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include fundlng for rare disease regional centers of. excellence

Conclusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
.Department states that the enrolled bill "is consistent with the Department's policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized

“Research and Diagnostic Centers of Excellence for Rare Diseases, which it considers crucial to
, coordinate research on rare diseases." ' ' : :

-We join HHS in recommendlng approval of HR. 4013 wh1ch passed the House by voice
vote and the Senate by unanimous consent ' : ,

wcwf)

ERE ~ Mitchell E. Daniels, Jr.
’ ' ~ Director -

Enclosures
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WHITE HOUSE STAF FING MEMORANDUM

Date: 10- 30 024:30 PM-_ .ACTION/ CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM '

o Subject: ENROLLED BILL HR 4013v- RARE DISEASES ACT OF'2002

~ ACTION  FYI ACTION  FYI
VICE PRESIDENT @ O HuBBARD v O
|carD ‘@ O  IRASTORZA o O
BARTLETT‘ @ O  JoHnsoN o ol
BLAKEMAN o O _ LINDSEY @ 0|
BOLTEN o o | MARBURGER O o
BRIDGELAND - @ O  wmers o o
CALIO f 0O wee & o
connauehTon  #f O RIDGE E( o
DANELS O & RovE - Z( O
|rescher @ O sPELLNGs ? ol
| GERSON O O CLERK o z|
GONZALES 4 0O . o O
LRGN o o o o
HAWKINS - 2 o o O
REMARKS: | |

~ PLEASE FORWARD COMMENTS DIRECTLY TO: Jim JUKES X53458 FAX X56148, .
‘BY 5:00 P.M.,, THURSDAY OCTOBER 31 2002, WITH A COPY- TO THE STAFF SECRETARY. ,
THANK YOU.

. RESPONSE:

" Harriet E. Miers o
- ‘Assistant to the President
and Staff Secretary -
Ext. 62702



EXECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT-AND BUDGET
WASHINGTON, D.C. 20503 : )

S October 30, 2002
‘&""_THE'DIR‘ECTQR - DR B o
' MEMORANDUM FOR THE PRESIDENT

- SUBJECT: " Enrolled Bill HR 4013 - Rare Diseases-Act of 2002
' Sponsors - Rep. Shimkus (R) IL and 54 cosponsors

:Last Day for Action
~ November 8, 2002 - Friday
'Purp_’ 0S€e

. Establishes an Ofﬁce of Rare D1seases w1th1n the National Institutes of Health (NIH) and
. authonzes appropnatlons for Rare Disease Reglonal Centers: of Excellence

. Agency Recommendat1ons

Ofﬁce ofManagement and Budget S *_ - .. -Approval - -
Departrnent of Health and Human Serv1ces (HHS) . Approval

.. Discussion -

- .. H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
Director of NIH. (The Office was established administratively in 1993.) A rare disease is
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the
Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million
~ people in the United States. The Office would be responsible for recommending an-agenda for
~ conducting and supporting research; promoting coordination and cooperation among NIH '

" institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources

- within NIH for conducting and supporting research on rare diseases; and encouraging the -

_ establishment of a centralized clearinghouse for rare and genetic disease information for use by -
the public, medical professionals, patients, and their families. H.R. 4013 would authorize
appropriations of $4 million for each of FYs 2003-2006 to carry out the respon51b1ht1es of the
‘»Ofﬁce The FY 2003 Budget requests $11. 3 million: for the Office.




H.R. 4013 also would authorize appropriations of $20 million for each of FYs 2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
~with other NIH institutes and centers, would enter into cooperative agreements with and make *

~ grants to public or private nonprofit entities for regional centers of excellence that would conduct
research and training in the diagnosis, prevention, control, and treatment of rare diseases.
Federal support of the centers of excellence would be limited to five years, but could, under
~ certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include funding for rare d1sease reg10nal centers of excellence. : ‘

Conelusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
Department states that the enrolled bill "is consistent with the Department's policies and
objectives.” For example, HHS notes that "NIH has been planning to establish Specialized
Research and Diagnostic Centers of Excellence for Rare Diseases, Wthh it considers crucial to
coordmate research on rare dxseases - :

‘ We join HHS in recommendmg approval of H. R 4013 which passed the House by voice |
_ vote and the Senate. by unanimous consent. :

% cwﬁ

Mitchell E. Daniels, Jr.
Director

Enclosures



THE SECRETARY OF HEALTH AND HUMAN SERVICES
WASHINGTON D. C 20201

- ‘October 25, 2002

- The Honorable Mitchell E. Daniels, Jr.
Director, Office of Management

and Budget
Washington, D.C. 20503

Dear Mr. Daniels:

This responds to your request for the views of the Department'of Health and Human Services (HHS)
on H.R. 4013, an enrolled bill entitled the "Rare Diseases Act of 2002" We recommend that the
President approve the bill. ‘ '

H.R. 4013 adds sectlon 404F to the- Pubhc Health Serv1ce Act (the "Act") to estabhsh in statute’ the
NIH Office of Rare Diseases ("ORD") Section 404F also makes the ORD director respon31ble for
recommendlng a research agenda on "rare diseases” (defined as diseases affecting fewer than 200,000
persons in the United States); promoting coordination on rare diseases within NIH; promoting sufficient
allocation of NIH resources related to rare diseases; promoting establishment of a centralized rare
diseases information clearinghouse; preparing a biennial report on rare disease research activities and
opportunities; preparing the NIH Director's annual report to Congress on rare disease research; and '
serving as the NIH Director's principal advisor on rare diseases. The section authorizes appropnatlons
of such sums as may be necessary for FY 2002 and $4 million for each of FY 2003 through 2006. - -

The bill also adds sect1on 404G to the Act, authorlzlng N[H to fund through grants and cooperatlve
'agreements regional Centers of Excellence on rare diseases. The section authorizes’ appropriations- of
such sums as may be necessary for FY 2002, and $20 m11110n for each of FY 2003 through 2006 '

The bill is cons1stent with the Department's policies and obj ectlves NIH established the Ofﬁce of Rare .
Diseases by administrative action in 1993, and it is already carrying out many of the | prov1s10ns inthe
bill. In particular, NIH has been planning to establish Specialized Research and Dlagnostlc Centers of "
Excellence for Rare Drseases which it consrders crucial to coordlnate research on rare dlseases




- Page 2 -- Hondrable Mitchell E. Daniels, Jr.
'5 For the foregoing reasons, we recommend that the ‘Preysidént sign the bill.

. ‘Since're"ly,

Tommdepson o




- Committee:Cost Estimate.

107TH CONGRESS REPORT

2d Session. } HOUSE OF REPRESENTATIVES { Cjorsas .

" RARE DISEASES ACT OF 2002

JUNE 26 2002 —Commxtted to the Commlttee of the Whole House on the State of

" the Union and ordered to be prmted

Mr TAUZIN from the Commlttee on Energy and Commerce
S submltted the followmg

R E'Pﬁ o R’T.v

[To accompany HR. 4013]

The Commlttee on Energy and Commerce; to whom was referred
the bill (H.R. 4013) to amend the Public Health Service Act to es- = -
-tablish an  Office of Rare Diseases' at the National Institutes:of -~
Health, and for other purposes, having considered the same, report = -

B favorably thereon without amendment and recommend that the bill
: dopass ' e A i

CONTENTS

.= Purpose and SUmMMATY .....cc.ccccmeeicrrinianssions . iieevieie PSRRI eaeensintesieennaieas

- Background and Need for Legislation .
Hearings .....
Committee Consideration .
- Committee Votes ...
-~ Committee Over51ght ‘Findings .
" Statement of General Performance Goals and Ob_)ectlves .....
New Budget Authority, Entitlement Authonty, and Tax Expendltures .

Congresswnal Budget.Office Estimat
Federal Mandates'Statement
Advisory Committee Statement ..
Constitutional Authority’ Statement
Applicability toLegistative Branch .
v Sectmn-by Section Analysis of the Leglslatlon Frevreseives

: Changes in Exxstmg Law Made by the Bill, as Reported :...

; PURPOSE AND SUMMARY

The purpose of HR. 4013 the Rare Diseases Act of 2002 is to - 7

authorize in statute the Office of Rare Diseases at the National In-

stitutes of Health (“NIH”). Rare diseases are diseases -affecting” =~
" fewer than 200,000 individuals in the United States. The Director.
. of the Ofﬁce of Rare Dlseases w111 serve as the prmmpal advxsor to s

99-006
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- the Director of the NIH with reSpeet to rare diseases, and shall -*

- “'serveto promote ‘sufficient allocation of NIH resources to rare dis- .

- -ease research, and promote and encourage the establishment of a - -
-centralized clearinghouse for rare disease information. for the ben- .=
: eﬁt of the public, medical professionals, patients, and fam1hes '

BACKGROUND AND NEED FOR LEGISLATION

In 1993, the NIH created an Office of Rare Dlseases within the‘ '
Office of the Director of NIH, to respond to the reporting require-:

ments of the Orphan Drug Act of 1983. The Office of Rare Diseases = - -

" implements the recommendations of the National Commission on.
Orphan D1seases and responds to requests for 1nformat1on on rare
diseases. -

Rare, or Orphan Dlseases affect fewer than 200 000 1nd1v1duals s

"'in America. Presently, more than "6,000 rare diseases affecting

more than 25 million Americans are known. Prior to the enactment.

. of the Orphan Disease Act of 1983, there was not enough of an in-
“centive for drug and biological manufacturers to invest in treat-
‘ments for these diseases. The Orphan Drug Act created greater in-'

. centives through increased exclusivity (7 years) for drugs and . Y
~.. bielogicals which treat Orphan Diseases, among other things. i
While the Orphan Drug Act has achieved dramatic increases in """

research into, and treatments for, rare diseases, more still needs to
be done. One positive step includes authorizing in statute the Of-

" fice of Rare Diseases. This action sends the strong signal of the

. .Congress’ commitment for both this Office as well as for rare dis- -
- ease research generally. Also, authorizing regional centers of excel-

lence for rare disease research is a positive step, as it will enable . -

'the NIH ‘to select sites :to concentrate on finding cures and treat-

.+ ment methods for rare dlseases Both of these proposals are con-; o
R talned w1th1n H R 4013 , ‘

HEARINGS

. The Subcommlttee on Health held a hearing on “The Natlonal
- Institutes.of Health: Investing in Research to Prevent and Cure '

i Disease” on June. 6; 2002. The Subcommittee received testimony . -
» ' from Claude Lenfant ‘M.D., Director, National Heart, Lung, and .= -."
..~ Blood -Institute; Audrey S Penn M.D. ; Acting Dlrector ‘National .. 77
“v Institute of Neurologlcal Dlsorders and Stroke; Robert 0. Bonow, .-

M.D., President-elect, ‘American  Heart Association; Eric Hargis,

i President and CEO, The Epilepsy Foundation; Edward Sanchez, =« -
- M.D., M.P.H., Commissioner, Texas Department of Health; Daniel .

-vJones M.D., Vice Chancellor Umver51ty Medical Center, Umver- .
s1ty of MISSISSlppl : . ST

COMMITTEE CONSIDERATION

: On Wednesday, June 19 2002, "the Full Committee met in open S

- markup session and favorably ordered reported  H.R. 4013, the
- Rare Dlseases Act of 2002 by v01ce vote, a quorum bemg present _

COMMITTEE VOTES

Clause 3(b) of rule XIII of the Rules of the House of Representa- o
-tives requires the Committee to list the record votes.on the motion . .




3

" 'to report legislation and amendmentsthereto. There were no
. .record votes taken-in connection with e¥dering H.R. 4013 reported.:

.~ A 'motion by -Mr. Tauzin to order H.R. 4013 reported to" the House o
without amendment was agreed to by a voice vote.

COMMITTEE OVERSIGHT FINDINGS

Pursuant to clause 3(c)(1) of rule XIII of the Rules of the House : L

“of Representatives, the Commiittee -held -an overSIght hearIng and,
‘Inade findings that are reﬂected in this report. . ,

: STATEMENT OF GENERAL PERFORMANCE GOALS AND OBJECTIVES s

“The obJectlve of this legislation is‘to increase support for rare . -

dlsease research within and without the National Institutes of. = =

‘Health through the statutory authorization . of the Office of Rare
Diseases and by allowing the Secretary to establlsh rare dlsease Te--.
_gional centers of excellence o , :

: NEW BUDGET AUTHORITY ENTITLEMENT AUTHORITY AND TAx f, Chini

EXPENDITURES

“In comphance WIth clause 3(c)(2) of rule XIII of the Rules of the :
House of Representatives, the Commiittee ‘finds that H.R..4103,

" would result in no new or increased: budget authorlty, entItlement
VauthorIty, or-tax expendItures or revenues. SR . Do

COMMITTEE COST ESTIMATE

: The ComrnIttee adopts as its- own-the cost estlmate prepared by
-~ the Director of the Congressional Budget Office pursuant to section .

402 of the Congressional Budget.Act of 1974 whlch 1s Included in -

the report to accompany- H.R.4984.

CONGRESSIONAL BUDGET OFFICE ESTIMATE :

Pursuant to clause 3(c)(3) of rule XIII of the Rules’ of the House :

. of Representatives, the cost estimate provided by the Congressional .~

‘Budget Office pursuant to section 402 of the Congressional Budget L

Act of 1974 is Included in the report to accompany HR. 4984

oy FEDERAL MANDATES STATEMENT

The Comn’nttee adopts as its own the estimate Of Federal man—tv‘
tes-prepared by the Director of the Congressional Budget Office -

= The estunate is 1ncluded in the ‘report to accompany H R. 4984

ADVISORY COMMITTEE STATEMENT f

P "-,Federal AdVIsory Commlttee Act Were created by thls leglslatlon R

‘ CONSTITUTIONAL AUTHORITY STATEMENT R

Pursuant to clause 3(d)(1) of rule XIII of the Rules of the House,‘.
of Representatlves the Committee finds that the Constitutional au-

ursuant to-section-423 of the Unfunded Mandates Reform Act. yo

No adVISory commlttees within the meaning of Sectlon 5(b) of the po

. ‘thority for this legislation is ‘provided in Article I, section 8, clause - I
3y which grants Congress-the power:to regulate commerce with for- PRI
; »eign n‘ations, among the several States, and with the Indian tribes. = . - .




APPLICABILITY TO LEGISLATIVE BRANCH

The CommIttee finds that the leglslatlon does not rela
- terms-and conditions of employment or access to public services or
-~ accommodations within the meaning of sectlon 102(b)(3) of the Con- o

ek gressmnal Accountablhty Act.-

to the : B

. SEcTION- BY-SECTION ANALYSIS OF THE. LEGISLATION Vo
'Sectzon 1.-Short TItle R : ' e P
Section 1 establishes that the short tltle for th1s leglslatlon 1s the S

‘ Rare Diseases Act-of 2002."

Sectlon 2. F Lndmgs and Purposes e
" Section 2 contains Congressmnal ﬁndIngs

‘Y'_Sectzon 3. NIH Off ice of Rare DLseases at Nattonal Instztutes ofbu S

, Health G
. Section 3 estabhshes w1th1n the Ofﬁce of the DIrector ‘of the NIH"

_-an office to be known as the Office of Rare Diseases, and-ensures

‘that the Director of the Office of Rare Diseases will (1) recommend -

an agenda for conducting and supporting research on rare diseases;
(2) promote, with respect to rare diseases; ‘coordination ‘and co-. -

E ‘operation_among NIH institutes and centers and; (3) promote the - :

. sufficient allocation of the resources of the NIH for conducting and

.supporting research on rare diseases. The section also ‘authorizes

- $4 million in each of FIscal Years 2003 through 2006 for these pur- -

poses.’

- Section 4 Rare DIsease Regwnal Centers of Excellence e SR
" Section 4 empowers the Direéctor of the Office’ of Rare DIseases =

"' in collaboration with the directors.of the other relevant’ 1nst1tutes 0
and centers. of the NIH, to enter into cooperative agreements and: = o
“..make grants, for.the estabhshment of: regional centers of excellence ™ -/
for clinical. research’ into, tramlng in, and‘demonstration:of diag-: .’

‘nostic, prevention, control ‘and treatment ‘methods “for rare dis:

s ‘changes’in’ exIstIng law ‘made by

" as reported; are shown as follows (new matter is. printed ‘in italic.
and. existing, law 'In wh1ch 1o, change BER proposed 18 shown incle

;,roman)

. eases. ThIS'sectlon authorIzes $2O mIlhon in-each of Fiscal Years. .‘




OFFI CE OF RARE DISEASES

SEC 404F (a) ESTABLISHMENT —There'is establlshed Within. the
" Office. of the Director of NIH an office to be known as the Office of -
.. Rare Diseases (in this section referred to-as the “Office”), which .. ==
shall be headed by a Director (in this section referred to as the “DL- ety
- rector™), appointed by the Dzrector of NIH o C
(b) DUTIES.— : : Rty
(1) IN GENERAL: ——The Dlrector of the Ofche shall carry out
the following: <
" (A) The Director’ shall recommend an agenda for con-:" .
. ducting and. supportmg research on rare diseases. through - .
. the national research institutes and centers. The agenda """
- shall provide for a broad range. of research and education
activities, including scientific:workshops and symposm to"_-v
identify research opportunities for rare diseases: R
(B). The Director shall, with respect to rare diseases, pro- i
mote coordination and cooperation among the national re- .~ ... .
- search-institutes and centers-and entLtles whose research s L
supported by such institutes. . :
~-*(C) The Director, in’ collaboratlon with the dLrectors
.the other relevant institutes: and centers of the National Tn
stitutes of Health, may’ enter into cooperatwe agreements;
with and make ‘grants for regional centers of excellence on’™
rare diseases in accordance with section 404G, : EIR
(D) The Director shall promote the sufficient allocatton of_ e
.the resources of .the National Institutes of Health for.con- ..
ducting and supporting research-on rare diseases. - I :
(E) The Director shall promote. and. encourage.the. estab P
lishment of a centralized clearinghouse for rare and genetic
disease information that will provide understandable infor
mation about ‘these diseases to the publzc, medzcal profes
~sionals, patzents'and families.’ .
(F)-The- Director shall. bien ally prepare a’ report ‘tha
describeés’the .research. and education activities on-raredis
eases bemg onducted or supported through the natwnal re
search Lnstztu C nd centers; and that identifies partlcula

. “report:to Congress-on. rare disease research conducted by, or
'supported through the natlonal research Lnstztutes and cen
ters:. .- o : :
(2 PRINCIPAL ADVISOR' REGARDING ORPHAN DISEASES. ——thh‘, S
respect to rare diseases, ‘the*Director shall serve as the principal-* -
advisor to the Director of NIH and shall provide advice to other
relevant agencies. The Director shall provide liaison with na- ..
tional and .international patient,’ health and sctentzﬁc orgaana-
tions concerned with rare diseases. . : Ao o
(c) DEFINITION,—For. | purposes. of . this. sec
ease” means ‘any’ disease or. condltzon that affects
persons in the Unlted States o




(d) AUTHORIZATION OF APPROPRIATIONS.—For thé purpose of car-,
ryzng out this section,. there .are authorized to be appropriated such

sums as already have been appropriated for-fiscal year 2002, and L
$4 000,000 for each of the ﬁscal years 2003 through 2006 ’

" RARE DISEASE REGIONAL CENTERS OF EXCELLENCE

SEc 404G. (a). COOPERATIVE AGREEMENTS AND GRANTS.— .- L
(1) IN GENERAL.—The Director of the Office of Rare Diseases SR
(in this section referred to as the “Director”), in collaboration”
with the directors of the other relevant institutes and centers of -
- the National Institutes of Health, may enter .into. cooperative
- agreements with and make grants to public or private nonprofit.
entities to_pay all or part of the cost of planning, establishing,
or strengthening, and providing basic operating support for re- ... '
gional centers of excellence for clinical research into, training.'
in, and demonstration of diagnostic, preventwn control and
treatment methods for rare diseases. . b
(2) POLICIES.—A cooperative agreement or grant under para-A
-graph. (1) shall be entered into in accordance thh polzczes es-
tablished by the Director of NIH. ' :
(b) COORDINATION ‘WITH OTHER INSTITUTES. ——The Dlrector shall ;
. coordinate the. activities under this section-with similar activities::
conducted by other national research institutes, centers and agencies:.
‘of the National Institutes of Health and by-the Food and Drug Ad- "> i ,
‘ministration to the-extent that such institutes, centers. and agenctes Sl
have responsibilities that are related to rare diseases.
.. (c) USES FOR FEDERAL PAYMENTS UNDER COOPERATIVE AGREE-
MENTS OR GRANTS.—Federal payments made under.a: cooperatw
agreement or grant under subsection (a) may be. used for—
(1) staffing, administrative, and other basic operating Osts
“including such patient care costs as.are required for: research;:
(2) clinical training, including training for.allied health: pro-
‘fessionals, continuing education for health professtonals and_(al
lied health professions personnel, and-information programs.fo
- the public with respect to rare diseasés; and.
=" (3) clinical research and demonstratlon pro
(d) PERIOD OF S UPPORT; ADDITIONAL PERIODS

" Such period may be extended by the Director: for addltlon i
cof not more than 5 years lf the operatzons of: such cente h

group establlshed by the Director and : lf ‘such i group - has:
ommended to the Director that such period should: be extended
(e) AUTHORIZATION -OF APPROPRIATIONS.—For the purpose. of car-
rying out this section, there are authorized to be’ approprlate sucl
- 7 .sums as already have been appropriated for fiscal year: 2002 '
» $20 000, 000 for each of the ﬁscal years 2003 through '2006.
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7 ‘ AT THE SECOND SESSION s o |

Begun and held at the City of Washmgton on Wednesday,
the twenty-thlrd day of January, two thousand and two

- To amend the Public Health Service Act to establish an Office of Rare Diseases -
at the National Instltutes of Health, and for other purposes. .

‘ Be it enacted by the Senate and House of Representatwes of
the United States of America in Congress assembled _

SECTION 1, SHORT TITLE.
. This Act may be cited as the “Rare Dlseases Act of 2002”

SEC 2. FINDINGS AND PURPOSES

(a) FINDINGS.—Congress makes the following ﬁndmgs
: (1) Rare diseases and disorders are those. whlch affect
small patient populations, typically populations smaller than
200,000 individuals in the United States. Such diseases and
conditions include Huntington’s disease, amyotrophic lateral
. sclerosis (Lou Gehrig’s disease), Tourette syndrome, Crohn’s
- disease, cystic ﬁbrosus cyst1nos1s and Duchenne muscular dys-
trophy. ,
(2) For many years the.-25,000,000 Amencans suffering
from the over 6,000 rare diseases and disorders were denied
access to effective medicines because prescription drug manu- -
facturers could rarely make a profit from marketing drugs
for such small groups of patients. The. prescription drug.
industry did not adequately fund research into such treatments. -
Despite the urgent health need for these medicines, they came
~ to be known as “orphan drugs” because no companies would
commercialize them.
.~ (8) During the 1970s, an orgamzatlon called the National
- Organization for Rare- Disorders (NORD) was founded to pro-
vide services and to lobby on behalf of patients with rare -
. diseases and. disorders. NORD was. instrumental in pressing
‘ ~dCongress for leglslatlon to encourage the development of orphan
- drugs
_ (4) The Orphan Drug Act created financial incentives for .
: the research and production of such orphan drugs. New Federal .
programs at the National Institutes of Health and the Food
and Drug Administration encouraged clinical research and
commercial product development for products that target rare
- diseases. An Orphan Products :Board was established to: pro-
. mote the development of drugs and devices for rare diseases
~or disorders. L
‘ (5) Before 1983, some 38 orphan drugs had been developed..
~ Since the enactment of the Orphan Drug Act, more than 220
_new orphan drugs have been approved and marketed in ‘the
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United States and more than 800 add1t10na1 drugs are in the
research pipeline, . -

(6) Despite the tremendous success of the Orphan Drug
Act, rare diseases and disorders deserve greater emphasis in
the national biomedical research enterprise. The Office of Rare
Diseases at the National Institutes of Health was created in

1993, but lacks a statutory authorization.

(7) The National Institutes of Health has recelved a
substantial increase in research funding from Congress for
the purpose of expanding the national investment of the United

_ ‘States in behavioral and biomedical research. - o

(8) Notwithstanding such increases, funding for rare dis-
eases and disorders at the National Instltutes of Health has
not increased appreciably.

(9) To redress this oversight, the Department of Health
and Human Services has proposed the establishment of a net-
work of. regional centers of excellence for research on rare
diseases. -
(b) PurPOSES.—The purposes of this Act are to—

o (1) amend the Public Health Service Act to establish an
Ofgce of Rare Dlseases at the National Instltutes of Health
‘an

(2) increase the natxonal investment in the development:
of diagnostics and treatments for patxents with rare diseases
and d1sorders v ‘

SEC. 3. NIH OFFICE OF RARE DISEASES AT NATIONAL INSTITUTES
OF HEALTH.

Title IV of the Public Health Semce Act (42 U.S.C. 281 et
seq.), as amended by Public Law 107-84, is amended by msertmg
after section 404E the following: .

“OFFICE OF RARE DISEASES

: “SEC. 404F. (a) ESTABLISHMENT.—There is estabhshed within
‘the Office of the Director of NIH an office to be known as the -
Office of Rare Diseases (in this section referred to as the ‘Office’),
which shall be headed by a Director (in this section referred to
as the ‘Director’), appointed by the Director of NIH. .
“(b) DUTIES.—
“(1) IN GENERAL. ———The Director of the Office shall carry .
out the following:

“(A) The Director shall recommend an agenda for con-
ducting and supporting research on rare diseases through .
the national research institutes and centers. The agenda

- shall provide for a broad range of research and education
activities, including scientific workshops and- sympoma to.
identify research opportunities for rare diseases. : ‘

“(B) The Director shall, with respect to rare dlseases
‘promote coordination and cooperatlon among the national
research institutes and centers and entities whose research
is supported by such institutes.

“(C) The Director, in collaboration with the directors
of the other relevant institutes and centers of the National -
Institutes of Health, may enter into cooperative agreements
with and make grants for regional centers of excellence -
on rare dlseases in accordance with section 404G. :
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“(D) The Dlrector shall promote the sufﬁc1ent allocatlon_
of the resources of the National Institutes of Health for
conducting and supporting research on rare diseases. )

' ‘(E) The Director shall promote and encourage the
establishment of a centralized) clearinghouse for rare and

_.genetic disease information that will provide understand-

- able information about these diseases to the pubhc medlcal ,
professionals, patients and families. _

“F) The Director shall biennially prepare a report -
that describes - the research and education activities on

rare diseases being conducted or supported through the .

national research institutes and centers, and that identifies’
‘particular projects or types of projects "that should in the
future be conducted or supported by the national research

institutes and centers or other entities in the field of e

research on rare diseases.
“(G) The Director shall prepare the NIH D1rectors‘
.~ .annual report to Congress on rare disease research con-
- ducted by or supported through the ‘national research‘
institutes and centers. - . .
“(2) PRINCIPAL ADVISOR REGARDING ORPHAN DISEASES.—

With respect to rare diseases, the Director shall serve as the

principal advisor to the D1rector of NIH and shall provide

advice to other relevant agencies. The Director shall provide -
"liaison. with national and . international patient, health and
. scientific organizations concerned with rare diseases. - -

“(c) DEFINITION.—For purposes of this section, the term rare_ '
disease’ means any disease or condition that affects less than
200,000 persons‘in the United States. :
“(d) AUTHORIZATION' OF APPROPRIATIONS. —For the purpose of
carrying out this section, there are authorized to be appropriated
- such .sums as already have been appropriated for fiscal year 2002,
and -$4,000,000. for each of the fiscal: years 2003 through 2006. n

SEC. 4. RARE DISEASE REGIONAL CENTERS OF EXCELLENCE.

“Title IV of the Public Health Service Act (42 U S.C. ’281 et
seq.), as amended by section 3, is further amended by 1nsert1ng
after section 404F the followmg : : .

RARE DISEASE REGIONAL CENTERS OF EXCELLENCE

“SEC. 404G. (a) COOPERATIVE AGREEMENTS AND GRANTS.— B
o “(1) IN GENERAL.—The Director of the Office of Rare Dis-
eases (in this section referred to as the ‘Director’), in collabora-
tion with the directors of the other relevant institutes and
_centers of the National Institutes of Health, may enter into
- cooperative agreements with and. make. grants to public or

* private nonprofit entities to pay all or part of the cost of

. planning,. establishing, or strengthening, and providing basic
operating support for regional centers of excellence for clinical
research into, training in, and demonstration of diagnostic,.

" prevention, control and treatment methods for rare diseases.
“(2) POLICIES. ZA cooperative agreement or grant under

paragraph (1) shall be entered into in accordance w1th pohc1es
established by the Director of NIH. o
- “(b) COORDINATION WITH ' OTHER INSTITUTES: —The Director
shall coordinate the activities under this section with similar activi-
tles conducted by other natxonal research 1nst1tutes, centers and
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agencies of the National Institutes of Health and by the Food
and Drug Administration to the extent that such institutes, centers
and agencies have responsibilities that are related to rare diseases.
“(c) UsEs FOR FEDERAL PAYMENTS UNDER COOPERATIVE AGREE-
MENTS OR GRANTS.—Federal payments made under a cooperative
agreement or grant under subsection (a) may be used for—

“(1) staffing, administrative, and other basic operating
costs, including such patient care costs as are required for
research; : ' :

“(2) clinical training, including training for allied health
professionals, continuing education for health professionals and -
allied health professions personnel, and information programs
for the public with respect to rare diseases; and o :

“(8) clinical research and demonstration programs. v
“(d) PERIOD OF SUPPORT; ADDITIONAL PERIODS.—Support of a

center under subsection (a) may. be for a-period of not to exceed
5 years. Such period may be extended by the Director for additional
ﬁeriods of not more than 5 years if the operations of such center
ave been reviewed by an appropriate technical and scientific peer
review group established by the Director and if such group has
recommended to the Director that such period should be extended.
“(e) AUTHORIZATION OF APPROPRIATIONS.—For the purpose of
carrying out this section, there are authorized to be appropriated -
such sums as already have been appropriated for fiscal year 2002,
and $20,000,000 for each of the fiscal years 2003 through 2006.”.

, Spédker of the House of Representatives.

Vice President of the United States and ,
Co President of the Senate.




EXECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT AND BUDGET
‘WASHINGTON, D.C. 20503 . =

October 30, 2002

. THE DIRECTOR

MEMORANDUM FOR THE PRESIDENT

- SUBIJECT: | Enrolled Bill H.R. 4013 - Rare Diseases Act of 2002
: Sponsors - Rep. Shimkus (R) IL and 54 cosponsors

. Last Day for Action

November 8, 2002 - Friday

Purposé

Establishes an Office of Rare Diseases within the National Institutes of Health (NIH) and‘
authorizes appropriations for Rare Disease Regional Centers of Excellence. ‘ '

Agency Recommendations

Office of Management and Budget - Approval
Department of Health and Human Services (HHS) Approval
Discussion

H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
Director of NIH. (The Office was established administratively in 1993.) A rare disease is
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the
Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million
people in the United States. The Office would be responsible for recommending an agenda for
conducting and supporting research; promoting coordination and cooperation among NIH
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources
within NIH for conducting and supporting research on rare diseases; and encouraging the

“establishment of a centralized clearinghouse for rare and genetic disease information for use by
the public, medical professionals, patients, and their families. H.R. 4013 would authorize
appropriations of $4 million for each of FYs 2003-2006 to carry out the responsibilities of the
Office. The FY 2003 Budget requests $11.3 million for the Office. -




H. R 4013 also would authorize appropriations of $2O million for each of FYs 2003-2006

* for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration

- with other NIH institutes and centers, would enter into cooperative agreements with and make
grants to public or private nonprofit entities for regional centers of excellence that would conduct

-research and training in the diagnosis, prevention, control, and treatment of rare diseases.
Federal support of the centers of excellence would be limited to five years, but could, under
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include fundmg for rare disease regional centers of excellence. '

Conclusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
Department states that the enrolled bill "is consistent with the Department's policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized
Research and Dlagnostlc Centers of Excellence for Rare Diseases, which it considers crucial to
coordlnate research on rare diseases."

We join HHS in recommending approval of H R. 4013, which passed the House by voice
vote and the Senate by unanimous consent. ‘

WCMD

- Mitchell E. Daniels, Jr. ‘
Director

Enclosures




EXECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT AND BUDGET
WASHINGTON, D.C. 20503

October 30, 2002

THE DIRECTOR

MEMORANDUM FOR THE PRESIDENT

SUBJECT: Enrolled Bill H.R. 4013 - Rare Diseases Act of 2002
Sponsors.- Rep. Shimkus (R) IL and 54 cosponsors

Last Day for Action

November 8, 2002 - Friday

Purpose

Establishes an Office of Rare Diseases within the National Institutes of Health (NIH) and
authorizes appropriations for Rare Disease Regional Centers of Excellence. -

‘Agency Recommendations

- Office of Management and Budget . - Approval

- Department of Health and Human Services (HHS) Approval
Discussion .

H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
Director of NIH. (The Office was established administratively in 1993.) A rare disease is
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the

Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million

people in the United States. The Office would be responsible for recommending an agenda for
conducting and supporting research; promoting coordination and cooperation among NIH
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources
within NIH for conducting and supporting research on rare diseases; and encouraging the
establishment of a centralized clearinghouse for rare and genetic disease information for use by
-the public, medical professionals, patients, and their families. H.R. 4013 would authorize
appropriations of $4 million for each of FY's 2003-2006 to carry out the responsibilities of the
Office. The FY 2003 Budget requests $11.3 million for the Office.




H.R. 4013 also would authorize appropriations of $20 million for each of FYs 2003-2006
- for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter into cooperative agreements with and make

grants to public or private nonprofit entities for regional centers of excellence that would conduct =

research and training in the diagnosis, prevention, control, and treatment of rare diseases.
Federal support of the centers of excellence would be limited to five years, but could, under:
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include funding for rare disease regional centers of excellence

-Conclusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
.Department states that the enrolled bill "is consistent with the Department's policies and.
objectives." For example, HHS notes that "NIH has been planning to establish Specialized
Research and Diagnostic Centers of Excellence for Rare Diseases, which it considers crucial to
coordinate research on rare diseases " N

We join HHS in recommendmg approval of H R 4013 ‘which passed the House by voice .
vote and the Senate by unanimous consent '

’}MCW(?

Mitchell E. Daniels, Jr.
Director

Enclosures
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E’XECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT AND BUDGET
WASHINGTON, D.C. 20503 " ‘

October 30, 2002

MEMORANDUM FOR THE PRESIDENT

SUBJECT: ' Enrolled Bill H.R. 4013 - Rare Diseases Act of 2002
Sponsors - Rep. Shimkus (R) IL and 54 cosponsors

| Last Day for Action

November 8, 2002 - Friday
Purpose

Establishes an Office of Rare Diseases within the National Institutes of Health (NIH) and -
authorizes appropriations for Rare Disease Regional Centers of Excellence.

Agency Recommendations

_Office of Management and Budget , ', ~ Approval
Department of Health and Human Services (HHS) Apprbval'
Discussion

H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
Director of NIH. (The Office was established administratively in 1993.) A rare disease is
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the
Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million

- people in the United States. The Office would be responsible for recommending an agenda for

conducting and supporting research; promoting coordination and cooperation among NIH
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources’

~within NIH for cbnducting and supporting research on rare diseases; and encouraging the

establishment of a centralized clearinghouse for rare and genetic disease information for use by

* the public, medical professionals, patients, and their families. H.R. 4013 would authorize

appropriations of $4 million for each of FYs 2003-2006 to carry out the responsibilities of the

. Office. The FY 2003 Budget requests $11.3 million for the Office.

Lind < !



H.R. 4013 also would authorize appropriations of $20 million for each of FYs 2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter into cooperative agreements with and make

~grants to public or private nonprofit entities for regional centers of excellence that would conduct
research and training in the diagnosis, prevention, control, and treatment of rare diseases.
Federal support of the centers of excellence would be limited to five years, but could, under
“certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
include funding for rare disease regional centers of excellence

Conclusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
.Department states that the enrolled bill "is consistent with the Department's policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized
Research and Diagnostic Centers of Excellence for Rare steases which it considers crucial to
coordinate research on rare diseases."

We join HHS in recommendlng approval of H.R. 4013, which passed the House by voice
vote and the Senate by unanimous consent.

" Mitchell E. Daniels, Jr.
Director '

'Enclosures
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Date: 10-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10-31 02 S: 00 PM

- Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

| ACTION  FYI ACTION -~ FYI
VICE PRESIDENT—=TZ) [  HUBBARD ¢ O
CARD , o ‘IRASTOR.»ZA' o o
BARTLETT & O JoHNsoN O O
| BLAKEMAN | O O  LINDSEY @ O
BOLTEN - o MARBURGER‘ O O
BRIDGELAND d 0o MIERS | O o
CALIO | z( O RICE of |
connauehton  # O RIDGE Z O
| DANIELS | O g ROVE_ a | { B
FLEISCHER # O  sPELLINGS Z O
GERSON O O CLERK o &
| GONzZALES g o o o
| Hacin | o oo
| Hawkins 2 o O 0O
| REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES X53458 FAX X56148 ,
‘BY 5:00 P.M., THURSDAY, OCTOBER 31,2002, WITH A COPY TO THE STAFF SECRETARY. o
THANK YOU

RESPONSE: -

Harriet E. Miers
Assistant to the President
and Staff Secretary
Ext. 62702



10/30/2002 WED 05:51 FAX

ool

TRANSMISSION OK

TX/RX NO
CONNECTION TEL
CONNECTION ID
ST. TIME

USAGE T

PGS. SENT

EEFS TX REPORT  #xx

1144

10/30 05:50
01'13
3 .

RESULT

0K

SS/RM NO:

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

ACTION - FYI ACTION  FYI

VICEPRESIDENT [ [0  HUBBARD ¢ O
CARD ' O IRASTORZA o o

BARTLETT #Z O  JoHNSON O m|

BLAKEMAN O O  LNDSEY & O
BOLTEN d [0  MARBURGER O o

BRIDGELANE , O  MERS | o O
CALIO ‘A o ree 4 |

CONNAUGHTON { | RIDGE E( O
DANIELS o0 & rove Q/ o |

| FLEISCHER #d O spELLNGS 7 O
GERSON 0 O CLERK o &

| GONzZALES # O o O
HAGIN o o o
HAWKINS 2 O O O

REMARKS: o

PLEASE FORWARD C

OMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,
BY 5:00 P.M.. THURSDAY, OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.




SS/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02-4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM

: Subject; ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

| ACTION  FYI | | ACTION FYI |
VICEPRESDENT @ O Husearo @ o
CARD . 4 El | IRAST‘OR’ZAl‘ o o
BARTLETT @ O JoHNsON o O
| BLAKEMAN O O  LNDSEY Z O
BOLTEN #d DO  wmaewreer O O |
BRIDGELA@_ O MERS O o
| cauio S A O R #d O
| CONNAUGHTON { 'O RIDGE | E( O |
DANIELS o &« 'ROVE | J O |
FLEISCHER d 0O seenes E( O
GERSON 0 O  CLERK o &«
GONZALES Z O o o
[naen O o o]
| HAWKINS 2 o o o
~ REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148;
BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.
THANK YOU. »‘ ' : - '

 RESPONSE: .

Harriet E. Miers ‘
Assistant to the President
and Staff Secretary
Ext. 62702



|

|

10/30/2002 WED 06:20 FAX

EE 3 TX REPORT B

TRANSMISSION OK

TX/RX NO ) 1162

CONNECTION TEL . 56958
CONNECTION ID

ST. TIME 10/30 06:19

USAGE T 01'11

PGS. SENT 3

RESULT 0K

SS/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10-31-02‘5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

ACTION FYI N FYI
VICE PRESIDENT @ O HussaRD™======FFJ []
CARD A O IRASTORZA 4 0
BARTLETT af O JOHNSON O .|
BLAKEMAN O [l  LINDSEY & O
BOLTEN d [0  MARBURGER O O
BRIDGELAND | IZ( O  MIERS O |
CALIO { [ RICE . [Z( O
CONNAUGHTON z( O RIDGE E( [
| DANIELS O | { ROVE { O
FLEISCHER = A O  sPELLNGS # O
GERSON O [0  CLERK o "
GONZALES Z O In O
HAGIN ‘ O O O
HAWKINS 2 O O O

REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,
DV E.AN D M TUINBQNAY NACTNRFR 21 2002 WITH A COPY TO THE STAFF SECRETARY.




- SS/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-024:30PM  'ACTION/ CONCURRE:NCE'\I COMMENT DUE BY: 10-31-02 5:00 PM 7

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

~ ACTION FYI ACTION  FYI
VICEPRESIDENT @ [  HUBBARD 7 O
|carD @ O IRasTORZA o
BARTLETT @ O JounsoN ‘o o
| BLAKEMAN o 0O | LINDSEY I~ IZ] |
BOLTEN 5 o O MARBURGER o o
|erbceLane @ O  MIERS o 0O
CALIO | z( O  RICE 7 O
CONNAUGHTON { 00  RIDGE 7 O
DANIELS - | o Z/ ' ROVE { ’ _‘[I] 1
| FLEISCHER “ z( [0  SPELLINGS E( O
GERSON O O CLERK o ]
| conzaLEs 4 O o o
HAGIN o |:] O O
[ Hawkins | 2 o O O
REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148 o
BY 5:00 P.M,, THURSDAY OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY. ‘
: THANK YOU. '

RESPONSE:

Harriet E. Miers
Assistant to the President -
and Staff Secretary
Ext. 62702




1073072002 WED 06:03 FAX

doo1

TRANSMISSION OK

Rk R R Rk R Rk R
EE33 TX REPORT Rk
kRkgkRkk R bRk RRkRRE

TX/RX NO: 1151
CONNECTION TEL 67090
CONNECTION ID ADMIN
ST. TIME - 10/30 06:02
USAGE T 01'23
PGS. SENT 3
RESULT 0K
SS/ RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

ACTION  FYI - ACTION  FYI
VICEPRESIDENT (@ [0  HUBBARD ¢ O
CARD " O IRASTORZA a O
BARTLETT # O  JOHNSON o O
BLAKEMAN O O  LINDSEY Z O
BOLTEN #d O  MARBURGER o O
BRIDGELAND o 0  MIERS O O
CALIO o A O RICE # O
CONNAUGHTON = # O RGE_ O
| DANIELS O { "ROVE O
FLEISCHER #d O  SsPELLINGS w O
GERSON O [0  CLERK O "4
GONZALES a} o - 1
HAGIN o o O
HAWKINS 2 | O g O
REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,
nv 5-nn P M THIIRSDAY. OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.




SS/ RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10 30- 02 4:30 PM . ACTION/ CONCURRENCE / COMMENT.DUE BY: 10-31-02 5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

) ACTION  FYI | ACTION FYI
VICEPRESDENT [ [  HUBBARD v o
{carn | @ O IRAsTORZA [ O
| BARTLETT ‘@ O  JoHNsON ‘o0 .o
'BLAKEMAN O O  LINDSEY Z O
BOLTEN | d O MARBURGER O O
| BRIDGELAND IZ( -0 MIERS l O O ‘.
CALIO f O  RICE O
|connavehton  # O Rioce —) O |
| paniELs o #  RovE | o
FLEISCHER ad SPELLINGS Z O
GERSON O O CLERK o &
GONZALES 4 o _ O O
HAGIN g o g |
HAWKINS 2 o o o
- VR‘EMARKS |

 PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,
- BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.
THANK You.

RESPONSE:

Harriet E. Miers
Assistant to the President
' and Staff Secretary
. Ext. 62702 -



1073072002 WED 06:06 FAX

ool

RhRRBERRBERRERRR KRR L
.#x%  TX REPORT EEE

TRANSMISSION OK

TX/RX NO 1153

CONNECTION TEL ‘ 62710
CONNECTION 1D CEQ

ST. TIME ‘ 10/30 06:05

USAGE T 01'12

PGS. SENT o 3

RESULT ' OK

S§S/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM ACTION / CONCURRENCE I COMMENT DUE BY: 10-31-02 5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

 ACTION FYI | ACTION  FYI

'VICEPRESIDENT @ O  HUBBARD ¢ O

CARD | Z O IRASTORZA O 1

| BARTLETT @ O  JoHNsoN o O
BLAKEMAN O [0  LINDSEY @ O

BOLTEN E( EI' | aMARBURGER O O

BRIDGELAND E( o MIERS o O

CALIO z( O RICE | IZ{ O

CONNAUGHT@N "0  RIDGE 7 O

DANIELS ] z’ | ROVE Z( a

FLEISCHER  # O  SsPELLINGS # O

GERSON O 1 CLERK | VEI | E(

GONZALES 2 0O o O

|HAGIN | | O O
HAWKINS 2 - O O O

REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,

BY 5:00 P.M.. THURSDAY. OCTOBER 31. 2002, WITH A COPY TO THE STAFF SECRETARY.




- SS/RM NO.

- WHITE HOUSE STAFFING MEMORANDUM

Date: 1 0-30-02 4:30 PM ACTION / CONCURRENCE / COMMENT DUE BY: 10 31-02 5:00 PM

. Su_bjeét: E’NROLLED BILL H.R. 4013 - RARE DlSEASES ACT ,OF 2002

|  ACTION FYI - . ACTION FYI
| VICE PRESIDENT [0  HUBBARD v

| carD IRASTORZA

| BARTLETT “JOHNSON
| BLAKEMAN LINDSEY

| BoLTEN MARBURGER

| BRIDGELAND MIERS

SCLG RN

lcaLio ~ RICE

| cONNAUGHT@Ne RIDGE

DANIELS - ROVE

FLEISCHER SPELLINGS |

| GERSON - CLERK

HAGIN

d
| O
|conzates A

| HAWKINS

.D'"’n.Df RO0OOOOOO0O0Oao

f 00oo ‘SL\ LN a0 O ROD

_l:]i ODoDOoDONROOOOOOO

. REMARKS ‘ ' o
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES X53458 FAX X56148 ‘
~BY 5:00 P:M., THURSDAY OCTOBER 31 2002, WlTH A COPY TO THE.STAFF SECRETARYl

THANK YOU : [N

~ RESPONSE: .

Harriet E. Miers
. . Assistant to the President
.-~ and Staff Secretary
Ext. 62702




10/30/2002 WED 06:11 FAX o ‘ . @001

EE2 PRI T TET T ST T
#%%  TX REPORT  #w%x%
REEEEREREEERRRRR R R Rk

TRANSMISSION OK

TX/RX NO 1156
CONNECTION TEL | 51005
'CONNECTION ID o |
ST. TIME 10/30 06:10

USAGE T ‘ 01'11

PGS. SENT ' 3

RESULT OK

. SS/RMNO.

" WHITE HOUSE STAFFING MEMORANDUM

- Date: 10-30-02 4:30 PM | ACTION./ CONCURRENCE / COMMENT DUE BY: 10-31 -02 5:00 PM

Subject:  ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

ACTION FY! ACTION = FYI
'VICE PRESIDENT @ O HUBBARD | D/ O
CARD | W O IRASTORZA O
BARTLETT 7 [0 JOHNSON o 0O
BLAKEMAN O O  LINDSEY 2 O
BOLTEN d O  MARBURGER O O
BRIDGELAND IZ( O MIERS 0 O
CALIO | Z( O RICE L?_( O
CONNAUGHTON o 0O RIDGE -4 O
DANIELS O ?  ROVE Z( O
FLEISCHER . SPELLINGS E( O
GERSON O O CLERK O .4
GONZALES 4 O O o
HAGIN O o o
HAWKINS 2 O O O

REMARKS: | o '

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,
BY 5:00 P.M.. THURSDAY. OCTOBER 31. 2002. WITH A COPY TO THE STAFF SECRETARY.




1

/DM&103002430PM

SSI RM NO

WHITE HOUSE STAFFING MEMORANDUM

ACTION l CONCURRENCE / COMMENT DUE BY: 10- 31-02 5:00 PM

FSubjéct ENROLLED BILL H.R. 4013 RARE DlSEASES ACT OF 2002

"VICE PRESIDENT

CARD

| BARTLETT

BLAKEMAN

_-BQLTEN
| BRIDGELAND
lcaLio

.A0ﬂoN, FYI'-
O

HUBBARD
M1RASTORZA |
 JOHNSON

* LINDSEY
MARBURGER
" MIERS |

ACTION FYI

4

RICE

SRR R0 AR ]

<DD O O D@D ,I:lgl':lf‘Lj' |:|‘“‘lj O

CONNAUGHTON " RIDGE

DANIELS 'ROVE
| FLEISCHER SPELLINGS
- |GERsON _CLERK

‘GONZALES

HAGIN

oDooROOOODOOOOOO

BEEEEARRVERY

o mo s

UHAWKms.’

- REMARKS:.
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES X53458, FAX X56148

~ BY 5:00 P.M,, THURSDAY OCTOBER 31, 2002 WITH A COPY TO THE STAFF SECRETARY.
' THANK YOU ‘

“RESPONSE:

Harriet E. Miers -

Assistant to the President o

and Staff Secretary
Ext. 62702




10/30/2002 WED 06:30 FAX | |

@oo1

\ |
N

N\

p

bR R EEEEREEEEEE

b Y

TX REPORT gk

PR i S i R

TRANSMISSION OK

TX/RX NO 1167
CONNECTION TEL 67090
CONNECTION ID ADMIN
ST. TIME ' 10/30 06:28
USAGE T 01'14
PGS. SENT 3
RESULT OK
SS/RM NO. .

WHITE HOUSE STAFFING MEMORANDUM

 Date: 10-30-02 4:30 PM

ACTION / CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002

ACTION  FYI ACTION  FY!
VICEPRESIDENT @ [0  HUBBARD ¢ O
CARD .4 [0  IRASTORZA O 1
BARTLETT Z O  JoHNsON O O
BLAKEMAN 4 W] LINDSEY IZ’ ]
BOLTEN B{ 4 MARBURGER n O
BRIDGELAND 0O wers = O
CALIO f [ RICE r.g o
CONNAUGHTON ? O RiDGE- / 0
DANIELS‘ 1 Z’ ROVE / J |
FLEISCHER " [0 SPELLINGS E( O
GERSON O [1  CLERK O {
GONZALES 4| Cl O O
HAGIN O | [l
HAWKINS 2 O O O

REMARKS: ‘

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,

DBV £.AN D RA TUIIDSNAV A/TADRED 24 2002 WITH A ~NDV TN THFE QTAFF SENRFTARY




10/30/02 WED 19:42 FAX

SS/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

Date: 10-30-02 4:30 PM

L

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF 2002 |

| ACTION FYI ACTION - FYI
VICE PRESIDENT @ O  HUBBARD ¢ O
 CARD O IRasToRzA O O
BARTLETT B @ O  JoHNsON O O
BLAKEMAN O [0  LINDSEY < O
BOLTEN Z O MARBURGER O O
‘BRIDGELAND # O MIERS O u
CALIO | { 0 RCE O
connauchton B O RIDGE Z O
DANIELS . o Z’ ROVE =< 47 O
FLEISCHER # O  sPELLNGS a/ N
GERSON 0 0 CLERK O -4
GONZALES g 0O o o
HAGIN O o 0O
HAWKINS 2 B | O O |

REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,

BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002 WITH A COPY TO THE STAFF SECRETARY.

THANK YOU
Mo C(M/\VU\J/WVS
RESPONSE: ' ‘
&0 9 M4 0 S @il
. Harriet E. Miers
Sdailuiiint IS A Assistant to the President
Lezlis s Tal 02R3 and Staff Secretary

" Ext. 62702

doos

ACTION | CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00/PM | i3 ryiii 1



' SS/RMNO.

WHITE HOUSE STAFFING MEMORANDUM

Date 10-30-02 4: 30 PM

AGTION | CONCURRENCE / COMMENT DUE BY: 10-31-02 5:00 PM

- Subject: ENROLLED BILL H.R. 4013 - RARE;DISEASES ACT OF 2002 .
~ ACTION  FYI o ACTION  FYI
VICEPRESIDENT [ [  HUBBARD v -0
‘CARD W O  IRASTORZA o O
BARTLETT #f O uoWwson O O
BLAKEMAN o E] 'LINDSEY @ O
 BOLTEbn # o ‘M'AR,BURGER o O
BRIDGELAND o O . MERS o o
CALIO A O RICE - # O
connvauchton [0 RiDGE - #Z o
DANIELS | o & rove | { O
FLEISCHER & O  sPELLNGs 7 o
|GERSON O O CLERK | "4
GONZALES 7 0O o o
HAGIN- | g o o o
- HAWKINS = = ' 2 o . D SR []“"
REMARKS:

PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458 FAX X56148
BY 5:00 P.M., THURSDAY, OCTOBER 31,2002, WITH A COPY TO THE STAFF SECRETARY
THANK YOU.

- RESPONSE:

Harriet E. Miers-
 Assistant to the President. -
and Staff Secretary
Ext. 62702



: ‘EXECUTIVE“ O‘FFICLE OF THE PRESIDENT
OFFICE OF'MANAG;EMENT AND BUDGET
WASHINGTON, D.C. 20503

October 30, 2002

THE. DIRECTOR

:RHMEMORANDUMPORTHEPRE&DENT

SUBJECT Enrolled Blll H R. 4013 - Rare Drseases Act of 2002
’ Sponsors Rep Shrmkus (R) IL and 54 cosponsors ‘

Last Day for*Action ST
- November 8, 2002 - Friday
: Purpos B |

| Estabhshes an Ofﬁce of Rare Drseases wrthm the Natlonal Institutes of Health (]\IH) and 5
authorizes approprratlons for Rare Disease Regronal Centers of Excellence. : -

iA‘gencv Recommendations

Ofﬁee of Maﬁagement and Budget SRR Approval
Department of Health and Human"Servic‘es (HHS): ~ Approval
g Discuséion o

H.R. 4013 would establish in statute an Ofﬁce of Rare Drseases wrthm the Ofﬁce of the
Director of NIH. (The Office was established admrmstratlvely in 1993.) A rare disease is
~ defined as one that afflicts fewer than 200,000 individuals in the United States. ‘According to the
Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million
- people in the United States. The Office would be responsrble for recommending an agenda for
conducting and supportrng research; promotmg coordination and cooperation among NIH
institutes and centers with regard to rare diseases; promo‘un0 the sufficient allocation of- resources
within NIH for conducting and supporting research on rare diseases; and encouraging the
establishment of a centralized clearinghouse for rare and genetrc disease information for use by. -

 the pubhc medical professionals, patients, and their families. H:R. 4013 would authorize =

- appropriations of $4 million for each-of FYs 2003-2006 to carry out the responsrbrhtles of the
T Ofﬁce The FY 2003 Budget requests $11. 3 mllhon for the Office. :




H R. 4013 also would authorrze approprlatlons of $7O million for each of FY's 2003- 2006
for Rare Disease Regronal Centers of Excellence. The Ofﬁce of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter into. cooperatlve agreements with and make
grants to public or private nonprofit entmes for regional centers of excellence that would conduct
- research and training in the diagnosis, prevention, control, and treatment of rare diseases. ‘
Federal support of the centers of excellence would be limited to five years, but could, under
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not
‘include funding for rare disease regional centers of excellence.

_Conclusion and Recommendations

HHS recommends approval of H.R. 4013. In its views letter on the enrolled bill, the
Department states that the enrolled bill "is consistent with the Department's policies.and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized -

- Research and Diagnostic Centers of Excellence for Rare Diseases, Wthh it con51ders crucial to .
: vcoordmate research on rare diseases."

“'We join HHS in recommendmg approval of H. R 4013 whrch passed the House by voice
vote and the Senate by unanimous consent: = -

Mltchell E. Daniels, J r.

Drrector »

‘Enclosures



Subject:

SS/RM NO.

WHITE HOUSE STAFFING MEMORANDUM

~ Date: 10- 30-02 4:30 PM.

ACTION / CONCURRENCE / COMMENT DUE BY 10- 31-02 5: 00 PM -

ENROLLED BILL ,H;R. 4013’- RARE DISEASES ACT OF 2002 »

VICE PRESIDENT

CARD™=

| BARTLETT

| BLAKEMAN
BOLTEN
BRIDGELAND
|cauo

CONNAUGHTON

| DANIELS
FLEISCHER

ACTION  FYI .
O

HUBBARD
IRASTORZA
~ JOHNSON
" LINDSEY
MARBURGER

MIERS -

RICE
RIDGE
ROVE
'SPELLINGS

ACTION.

GERSON CLERK
GONZALES o

| HAGIN -

s 80 80 naras N

00000 ROO Oooo
|DooDDRSRRROOROO
DDDI\DDDDDDDDDD

HAWKINS

REMARKS: ‘ ’
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES X53458, FAX X56148 :
.. .BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002 WITH A COPY TO. THE STAFF SECRETARY
- THANK YOU.

. 'RESPONSE: , AR "‘y

b o

‘ Harriet E. Miers
Assistant to the President
- and Staff Secretary
Ext. 62702



EXECUT!VE OFFICE OF THE PRESIDENT.
'OFFICE OF MANAGEMENT AND BUDGET
WASHINGTON, D.C. 20503

" October 30, 2002

. .THE DIRECTOR

' MEMORANDUM FOR THE PRESIDENT

" SUBJECT:  Enrolled Bill HLR. 4013 - Rare Diseases Act of 2002

- Sponsors - Rep. Shimkus (R) IL and 54 cosponsors

y Lasf Day for Action
November 8, 2002 - Friday
| Pugp 0se

:  Establishes an Ofﬁce of Rare Dlseases w1th1n the Nat10na1 Institutes of Health (I\IH) and
‘ authonzes approprlatlons for Rare Disease Regional Centers of Excellence.

‘ Agency Recommendatmns '

Ofﬁce of Management and Budget e o A;»)p_rov‘al
‘ Depa;rtment of Health and Human Services (HHS) | - Approval

‘Discussion

, H. R 4013 would estabhsh in statute an Ofﬁce of Rare Dlseases w1th1n the. Ofﬁce of the ,
-Director of NIH. (The Office was established administratively in 1993.) A rare disease is: E
defined as one that afflicts fewer than 200,000 individuals in the Umted States. According to the =

Food and Drug Admlmstra‘uon there are more than 6,000 rare diseases affecting 20 to 25 million. - |

~_people in the United States. The ‘Office would be responsible for recommending an agenda for -
.. conducting and supporting research; promoting coordination and cooperation among NIH '
institutes and centers with regard to rare diseases; promoting the sufficient allocation of resources

. within NIH for conducting and supporting research on rare diseases; and encouraging the

- establishment of a centralized clearinghouse for rare and genetic disease information for use by -
- the public, medical professionals, patients, and their families. H.R. 4013 would authorize -

~ appropriations of $4 million for each of FY's 2003-2006 to catry out the responsibilities of the

~ Office. The FY 2003 Budget requests $11.3 million for the Office. ' ,




H.R. 4013 also would authorize appropriations of $20 million for each of FY's 2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter into cooperative agreements with and make
grants to public or private nonprofit entities for regional centers of excellence that would conduct
~ research and tramlng in the diagnosis, prevention, control, and treatment of rare diseases.

- Federal support of the centers of excellence would be limited to five years, but could under
- certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not

~'include fundmg for rare drsease reg1onal centers of excellence ,

CortcluSion and Recom‘mendations .

_HHS recommends approval of H. R 4013 In its views letter on the enrolled bill, the
‘Department states that the enrolled bill "is consistent with the Departrnent s policies and
objectives." For example, HHS notes that "NIH has been planning to establish Specialized A
Research and Diagnostic Centers of Excellence for Rare Diseases, which it considers crucral to =
coordrnate research on rare: dlseases :

‘ We Jom HHS in recommendmg approval of H R. 4013 wh1ch passed the House by voice
vote and the Senate by unanimous consent.. Lo o

MltchellE Damels Jr
Drrector : -
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PLEASE FORWARD COMMENTS DIRECTLY TD JlM JUKES, X53458 FAX X56148,
BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002 WITH A COPY TO THE STAFF SECRETARY

THANK YOU. oo »

30
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Harriet E, Miers
-~ Assistant to the President
and Staff Secretary .
) Ext. 62702
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.THE DIRECTOR

EXECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT_AND BUDGET
"WASHINGTON, D.C. 20503 :

October 30, 2002

MEMORANDUM FOR THE PRESIDENT

SUBJECT:  Enrolled Bill H.R. 4013 - Rare Diéeaées Act of 2002
- Sponsors - Rep. Shimkus (R) IL and 54 cosponsors.

Last ‘Dav for Action

November 8, 2002 - Friday -
Purpose

Establishes an Ofﬁce of Rare Dlseases wrthm the Natlona] Instrtutes of Health (NIH) and

authorizes appropriations for Rare Disease Regronal Centers of Excellence

Agency Recommendations N

_' Office of Management and Budget ~ Approval
Department of Health and Human Services (HHS) - Approval -

Discussion

H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
Director of NIH. (The Office was established administratively in 1993.) A rare disease is - ,
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the -
Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million
people in the United States. The Office would be responsible for recommending an agenda for -
conducting and supporting research; promoting coordination and cooperation among NIH '

~institutes and centers with regard to rare diseases; promoting the sufficient allocation of. resources

within NIH for conducting and supporting research on rare diseases; and encouraging the
establishment of a centralized clearinghouse for rare and genetic disease information for use by
the public, medical professionals, patients, and their families. H.R. 4013 would authorize
appropriations of $4 million for each of FYs 2003-2006 to carry out the respon51b111t1es of the

. Office. The FY 2003 Budget requests $11.3 million for the Office.



- H.R. 4013 also would authorize appropriations of $20 million for each of FYs2003-2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter intd cooperative agreements with and make

~grants to public or private nonprofit entities for regional centers of excellence that would conduct

- research and training in the diagnosis, prevention, control, and treatment of rare diseases. .
Federal support of the centers of excellence would be limited to five years, but could, under
certain conditions, be extended for up to an additional five years. The FY 2003 Budget does not -
include fundmg for rare disease regmnal centers of excellence o

Conclusion and Recommendations

HHS recommends approval of H.R. 4013. -In its views letter on the enrolled bill, the
.Department states that the enrolled bill "is consistent with the Department's policies .and
Ob_]GCUVCS For example, HHS notes that "NIH‘ has been planning to establish Specialized:
Research and Diagnostic Centers of Excellence for Rare D1seases Wthh it considers crucial to
coordmate research on rare diseases." : |

: We join HHS in recommendmg approval of H R 4013 which passed the House by voice
~vote and the Senate by unanimous: consent.

» : oA MltchellE Danlels Jr

Dlrector .

-Enclosures -
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. Assistant to the President
and Staff Secretary
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OFFICE OF THE VICE PRESIDENT
‘ WASHINGTON

October 31, 2002

"MEMORANDUM FOR JAMES JUKES
| ' ASSISTANT DIRECTOR, OMB

- FROM: JONATHAN BURK '
DEPUTY STAFF SECRE Y TO THE VICE PRESIDENT

SUBJECT: Enrolled Bill H.R. 4013 — Rare Diseases Act of 2002

The Office of the Vice President has reviewed the abové-referenced
draft and has no objection to the President signing the enrolled bill.

‘¢¢:  Harriet Miers
Staff Secretary
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WHITE HOUSE STAFFING MEMORANDUM
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- _ 'Subject:‘ ENROLLED BILL HR 4013 - RARE DISEASES ACT OF 2002
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BY 5:00 P.M., THURSDAY OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY

- THANK YOU.

Harriet E. Miers .
Assistant to the President -
. and Staff Secretary - '
‘Ext. 62702




‘EXECUTIVE OFFICE OF THE PRESIDENT
OFFICE OF MANAGEMENT AND BUDGET '
WASHINGTON, D.C. 20503

October 30, 2002

.THE DIRECTOR

MEMORANDUM FOR THE PRESIDENT L

SUBJECT: Enrolled B1ll HR. 4013 Rare D1seases Act of 2002
o Sponsors‘ Rep. Shimkus (R) IL and 54 cosponsors

~Last Day for Action

- November 8, 2002 - Friday
j Purpose -

Establishes an Office of Rare Diseases within the National lnstltutes of Health (NIH) and '
author1zes appropnatlons for Rare Disease Regronal Centers of Excellence ,

Agencv Recommendat1ons .

~Office of Management and Budget - Approval
: Department of Health barrd Human Servicee (HHS) :‘."Approv'al ' ,v

<. Discussion

“H.R. 4013 would establish in statute an Office of Rare Diseases within the Office of the
" Director of NIH. (The Office was established admmlstratlvely in 1993.) A rare disease is 7
“defined as one that afflicts fewer than 200, 000 individuals in the United States. According to the -
‘Food and Drug Administration, there are more than 6,000 rare diseases affecting 20 to 25 million
people in the United States. The Office would be responsible for recommending an agenda for -
- conducting and ‘supporting research promoting coordination and cooperation among NIH
institutes and centers with regard to rare diseases; promotm0 the sufficient allocation of resources
within NIH for conducting and supporting research on rare diseases; and encouraging the
~ establishment of a centralized clearinghouse for rare and genetic disease information for use by
- the pubhc medical professionals; patients, and their families. H.R. 4013 would authorize -
appropriations of $4 million for each of FYs 2003-2006 to.carry out the responsibilities of the
' Ofﬁce “The FY 2003 Budget requests $11.3 rmlhon for the Ofﬁce :



H.R. 4013 -also would authorlze approprlanons of $2O million for each of FY's 2003- 2006
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration
with other NIH institutes and centers, would enter into cooperative agreements with and make
 grants to public or private nonprofit entities for regional centers of excellence that would conduct
research and training in the diagnosis, prevention, control, and treatment of rare diseases.

- -Federal support of the centers of excellence would be limited to five years, but could, under

certain conditions, be extended for up to-an additional five years. The FY 2003 Budget does not
include funding for rare disease regional centers of excellence. : :

Conclusion and Recommendations

HHS recommends approval of HR. 4013. In its views letter on the enrolled bill, the
Department states that the enrolled bill "is consisterit with the Department's policies and
~ objectives." For example, HHS notes that "NIH has been planning to establish Specialized.
 Research and Diagnostic Centers of Excellence for Rare Dlseases Wl’llCh it considers cruc1al to
coordinate research on rare diseases."

We Jom HHS in recommendmg approval of H.R. 4013 Wthh passed the House by voice
vote and the Senate by unanimous consent : ’

* Mitchell E. Daniels, Jr.

Director

 Enclosures
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