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EXECUTIVE OFFICE OF THE PRE:SIDENT 
OFFICE OF MANAGEMENT AND BUDGET 

WASHINGTON, D,C. 20503 

Octobei 30, 2002 
THE DIRECTOR . __ , ·._ 

THE· .. PREStDENIHAS~SEEN· 
. - :_ . . .,_ . -·· . '',~ •, ,. «--'-. "' • 7 ' ~' 

MEMORANDUM FOR THE PRESIDENT 

SUBJECT: Enrolled Bill HJ( 401 J - Rare Diseases Act of 2002 . 
Sponsors - Rep. Shimkus (R}IL and 54 cosp~n~ors · 

N9veriibet 8, 2002 .: Ftiday ... ··. 

11~ to~() ·~·· 

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

· Agency Recommendatibns . 

. Office of Management and Budget Approval 
. ' . . 

Department of HeaJth and Human Services (HHS) Approval 

Discussion 

H.R. 4013 would establish in statute an Office'of Rare Diseases ~ithinthe Office of the 
· • I)irector .of NIH. . (The Office was establishedadministratively in 1993.} A rare diseas~is- .. . ·. 
defined as one that afflicts fewer than 200,000 individuals in the United States. According to the 
Food andDrug Ad1Uinistration, there are more th.an 6,000 rare diseases affecting20 to 25 million· 
people in the United States .. The Office wou~d be responsible for recommending an agenda for 
conducting·arid supporting research;.promoting coordination and cooperation·amongNIH .. ·· 
institute sand centers with regard to rare diseases; promoting .the sufficient allocation of resoli.rces 
within NIH for conducting and supporting research on rare diseases; and encouraging the. 
establishment of a .centralized clearinghouse· for rare .and geneticdisease information for use by 
the public, medical professionals, patients, and their families. H.R. 4013 would authorize. . . . 
appropriations of $4 mi~lionfor each of FY s 2003-2006 to carryout the responsibilities of tlie 
Office. The FY 2003Budget requests $11.3 million for the Office:· 
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H.R. 4013 also would authorize appropriations of $20millionfor each ofFYs 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 fonding for rare disease regional centers of excellence. 

Conclusion and Recommendations 

HHS recommends approval ofH.R. 4013. In its views letter on the enrolled bill, the 
:Department states thafthe enrolled bill "is consistent with the Department's policies and 
Qbjectives." 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 j'oin HHS in recommending approval ofH.R. 4013, which passed the House by voice 
vote and the Senate by unanimous consent. 

Enclosures 

1'1C~~ 
Mitchell E. Daniels, Jr. 
Director 

-2-
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H.R.4013 

<Bnr iltundrrd ~rbrnth [ongrrss 
of thr 

ilnitrd ~tatrs of Slmrrica 
AT THE SECOND SESSION 

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

5!n 5!ct 
To amend the Public Health Service Act to establish an Office of Rare Diseases 

at the National Institutes of Health, and for other purposes. 

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 "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 
disease, 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 
Congress for legislation 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.· 

(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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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 

"(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.". 

President of the Senate.f'"'°' +eK<f>Ov--e. • 

APPROVED 
NOV - 6 2002 
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•SS/RM NO. . ' . . : . \' 

WHITE HousE·st AFFING MEMORANDUM 

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

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

BRIDGE LAND 

. . 

ACTION FYI 

[] 

D· 

HUBBARD 

IRASTORZA .. 

D JOHNSON.·. 

0 LINDSEY 

[] MARBURGER 

[] . MIERS. 

ROVE 

ACTION . FYI 

~· 
D 

D 

17' 
[] 

D 

~ 
·~ 

·~· •r# 

D 

D 

REMJ.\RKS: . . . . .·.. .· . . ·. . . . . ·. . . . •.· ·· .. ·.. . .·· . . . . 
· PLEASE FORWARD COMMENTS DIRECJLYTO JIM JUKES, X53458, FAXX56148, 

BY 5:00 P.M.,THURSDAY,·ocT08ER 31, 2002, WITH A COPY TO THE STAFF SECRETARY.·. 
THANK YOU. ·. ... .. . . . .. '. 

Harriet E. Miers 
Assistant to the President 

. and Staff Secretary 
E~t 62702 ·. 



- · .. ;···:.:: 
-.~1·· 

. l'-. 

. : . . 

'., 

'' ' 

:THE DIRECTOR 

,; 

EXEC:UTIVE OFFICE OFTHE PRESIDENT 
OFFIC~·OFMANAGEMENT AND BUDGET 

. . ' 

W~SHINGTON, D.C. 2050,3· 

D~toper'30J '2002 

-· MEMORANDUM FOR, THE PRESIDENT · 

SUBJECT: . EnroHed Bill HJL 4o 13 "'· R~re Dise~s~s Act of 2002 . 
·Sponsors -Rep,. 'Shimkus {R} JL and'.54 ~ospOnsors 

. '»: . ' I• .· ·• • ·'. ' 

.... ' .. ~· ~ . .' . 
... ' 

. '.: i. 

·.···' 
. ··.··, .-.··· ': . 

Last Day for Action 
,.., .. · 

:·: 

. November 8, 2002 . ., Friday i. 
.. . . 

. . ., 
. . .... 

:.~ - . 

: ::.·. 
. . .'· . -~, .:.. .·' •.' ·. ,· 

,., 

·· ... 
'• . . ·Purpose .· .'': . 

. ···: ... 

Establishes. an Office of Rare Diseases vvithin the National Institutes ofHe-a1th (NIH} and 
authorizes appropriations for ~are Disease. RegionalCenters of Excellence. · -· 

.·.Agency Recommendations .. ··.· 
. . ,. 

Office of Managementand Budget · 

·.·.· . Depwtm.ent of Health and !,'.Illinan Services {HHS) 

Discussion'· 
·'. ;' ... ,· .- __ ..... 

..... ·. 

.Approval .. · .. · 

Approval··_· 
. '· ..... ·:·· . 

. ~- ... 

. . • . _·. .· H.R: 4bl3. vvould- est~blish jn statute an. Office of Rare Di~eases within the ~Office of the 
· Director of NIH. (The. Office was established adJ.llinistratively in 1993.) A rare disease is 

__ defined as one thataf:hicts fewer than200,000individuals in the United States. According toihe 
·' Eood and Drug Administration; there are rriorethan 6,000 rare disease's affecting 20 to 25 rriilliop . 

. . people in the. United States, The Office wou~d be .responsible for recomtn.ending an.agenda for 
conducting and supporting research; promoting' coordination and cooperatipn among NIH·. ·. , : .• .. · · · · · 
institutes and centers with regard to rare diseases; promoting the sufficfontallocation ofresources· ·· 

· within NIH for conducting and supporting research cm rare diseases; and encouraging the , ·. . 
·.e~tabiishment of a·centralized Clearinghouse for rare and genetic diseas~·informatfonforu,seby· 
.··the public, 'medical profession,als, patients, and their families. H:R. 4013 would alithorize ... ·­

appropriations 6f$4 million for each ofFYs 2003-2006 to carry outthe respon,sibilities of the 
Office. The FY2003 Budgetreguests $1 l.3 million for the Office. · . . · :;.- · 

', ·,.'. ' :i<. 

·. ,:· 

·' ...... 
-·:, 

-.. :·· ..... . · .. ·. ·:.' 

.,·,'' 

'. '.'.· 
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H.R~ 401 J 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 ofH.R.4013, In its viewsletter on the enrolledbiU, 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 CentersofExcellence for Rare Diseases, which it considers crucialto 
coordinate research on rare diseases." 

We join HHS in recommending approval ofH.R. 4013, which passed the House by v.oice 
vote and the Senate by unanimous consent. · · 

~('~~ 
Mitchell E. Daniels, Jr. 
Director 

Enclosures 
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Bills Received at the White House 

Official Title 

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. 

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

Last day for action: 11/812002 l 
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SS/ RMNO. 

"'' WHITE HOUSE STAFFING MEMORANDUM 

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

Subject: ENROLLED BILL H.R. 4013- RARE DISEASES ACT OF2002 

• ACTION FYI ACTION FYI 

VICE PRE~D~~t' ~ D 'HUBBARD CJ~ ·~ D 

CARD C9~· ~ D IRASTORZA D D 

BARTLETT ~ D JOHNSON D D 

BLAKEMAN/ D D LINDSEY .·17' D 
~· D D D BOLTEN · MARBURGER 

BRIDGE LAND t\I l.- •. ·.~/ D MIERS D D 

CALIO C9/< ~· D RICE ~ D 

CONNAUGHTON ~\£.; ~ D RIDGE ~ D 

DANIELS D ·~ ROVE · 1wv ~ D 

FLEISCHER ~ D SPELLINGS r,Ju14 D 

GERSON D D CLERK D ~ 
GONZALES ~L tr D D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

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

RESPONSE: 

Harriet E. Miers 
. Assistant to the President 

and Staff Secretary 
Ext. 62702 



~THE DIRECTOR 

EXECUTIVE OFF.ICE OF THE PRESIDENT 
OFFICE OF MANAGEMENT AND BUDGET 

WASHINGTON, D.C. 20503 

October 30, 2002 

MEMORANDUM FOR THE PRESIDENT 

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

Last Day for Action 

November 8, 2002 - Friday 

Purpose 

Establishes an Office of Rare Diseases wi.thin the National Institutes of Health (NIH) and 
·authorizes appropriations for RareDisease 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 coon:linatioil and cooperation among NIH 
institutes and centers with regard to rare diseases; promoting the sufficient allocation ofresources 

'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 6f the. 
Office. The FY 2003 Budgetrequests $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 ofexcellence 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 ofexcellence. 

Conclusion and Recommendations 

HHS recommends approval ofH.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 recommending approval of H.R; 4013, which passed the House byvoice 
vote arid the Senate by unanimous consent: 

' ' ' . 

Enclosures 

"*1<~~ 
Mitchell E. Daniels, Jr. 
Director 

' -2-
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SS/ RM NO. 

WHITEHOUSE STAFFING MEMORANDUM 

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

Subject: ENROLLED BILL H.R. 4013 - RARE DISEASES ACT OF2002 

ACTION FYI ACTION FYI 

VICE PRESIDENT ~ .··o HUBBARD ~· D 

CARD ~ D IRASTORZA D D 

BARTLETT ~ D . JOHNSON D D 

BLAKEMAN D D LINDSEY .17' D 

BOLTEN ~ D MARBURGER D D 

BRIDGE LAND ~ [] MIERS. D D 
··~ ,. 

~ CALIO D RICE D 

CONNAUGHTON .~ D ·RIDGE ~ D 

DANIELS D .·~· ROVE ~ D 

FLEISCHER ~· o· SPELLINGS ~· D 

GERSON· D D CLERK D .·~ .. 
GONZALES ~ D D D 

HAGIN 

~· 
D D D 

HAWKINS D. D D 

REMARKS:. . .· .. 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKi=s, X53458, FAX X56148, 
BY 5:00 P.M.,THURSDAY, OCTOBER 31, 2002, WITH ACOPYTO THE.STAFF SECRETARY. 
T.HANKYOU. . .. . 

RESPONSE: 

Harriet E. Miers 
Assistant to the Presid~nt . 

and Staff Secretary 
Ext. 62702 



-THE DIRECTOR 

EXECUTIVE OFFLCE OFTHE PRESIDENT· 
OFFICE OF MANAGEMENT AND BUDGET 

WASH I NG TON, 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 DavforAction 

November 8, 2002 - Friday 

Purpose 

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

· Agency Recommendations 

Office ofManag~ment and Budget Approval 

Department of Health and Human Services (HHS) . Approval 

Discussion 

. H.R. 4013 would establishin statute an Office of Rare Diseases within the-Office of the 
Director of NIH. (The Office was established administrativelyin 1993.) Arare 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 affecting20 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 forconducting 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 ofFYs 2003-2006 to carry out the responsibilities of the 
Office. The FY 2003 Budget requests $11.3 minion-for the Office. 

I 
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., .. . ,-·. 
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. ..· IfR. 4013 also w~uld autho~ize appropriations of$20. million for each of FY s 2003-200{ 
for Rare Dise~se Regional Centers of Excellence. Th~ Office of Rare [)iseases, in collaboration 
,with other :NIH institutes and centers, ~ould el1tet'into 'cooperative. agreements with and make_< 

.. ···grants to public or private nonprofit entities.for. regi011al centers of excellence that would conduc~t 
.. t~search,a~:d training·_ in the· diagnosiS;prevention, controh .·arid treatment of rare diseases, -

Federal support of the centers of excellence would be limited to fiye years; but could, under _ . .. -
.. -certain conditions, bf'. extended for up t~ an.additional five years. The FY 2003 Budget does nbt . 

·include funding for rare disease regic\rial· centers o{e~cellence. ·.· · · · .. · 

, _.C.cmclusion and Recommendations .. '· 
~ .: ...... ··.;•,· 

. : . : . 

'ffiIS recommends approval ofH.R. '40.13. In it~ views le~er. on the. e~oHed bill, the 
.Depart1n'ent states that the enrolled bill ''is' col1sistei1t with the Department's policies and 

. objectives.'' For example; HHS notes thaf'.'NIH has been planning t0 establish Specialized 
.. Research and Diagnostic Centers ofExcellence for Rare- Diseases, which it considers crucial to 

coordinate research on rare diseases." . . · · · · · 
.. _,.· . _ _., 

: ' .. · . •.we join HHS in r~c~mmending, approval of fl.R; 401'3; which passed the House by voice . 
,: vote.and the $enate.byurianimous consent.. -: _. · · · · · 

. . . ' . . . . -·. 

· Enclosure's 

~ ··. -.. ' 

. · ....... 

. ,', 

· .... ,. 

····.·,· 

.. ' 

:.~ . ' . '·. ·. 
: . . , . 

. ;· .· ·-· .. ·: .· ,.··., 

·;~c~J 
.:· ,· .. 

Mitchell E> Daniels, Jr .. 
J:)irector · 

'.· .. 
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·. :.:·' 

-·., 

"·,·· 

· .. ,• 

·.··· 

: -....... :,·. 

····.i· .. · 

._· : ~ - ' 

. :. _); 

-:' .· 
. .· 



THE SECRETARY OF HEALTH AND HUMAN SERVICES 
WASt-tlNGTON, O.C. 20201 

The Honorable Mitchell E. Daniels, Jr. 
Director, Office ofMariagement 

andBudget. 
Washington,D.C. 20503 

Dear Mr. Daniels: 

October 25, 2002 

This responds to your request for the views ofthe Department of Health and Human Services (HHS) 
on H.R. 4013, an emolled bill ~ntitled the "Rare Diseases Actof2002". We recomtnendthatthe 
President approve the bilL 

H.R. 4013 adds section.404F to the Public Health Service Act(the "Act"), to establish in statute the 
NIH Office of Rare Diseases ("ORD"). Section 404F also makes the ORD director responsible for 
recommending a research agenda on "tare diseases" (defined as diseases affecting fewer than 200,000 
persons inthe 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 biennialrep()rt 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 appropriat~ons 
of such sums as may be necessary for FY 2002, and $4millionfor each·afFY 2003 through2006. 

. ' ' . : ·-.. ".- ·. . . 

The bill also adds section 404G to the Act, authorizing NIH ~o fund, throughgrants and cooperative 
agreements, regional Centers of Excellence on rare diseases.< The.section authorizes appropriations of 
such sums as may be necessary for FY 2002, and $20.millionfor each of FY 2003 through 2006. 

The billisconsistent with the Department's policies and objectives, NIH established the Office of Rare 
Diseases by administrative action in 1993, and itis already carrying out many of the provisions in the 
bill. In particular, 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. 

I 



Page 2 -- Honorable Mitchell E. Daniels, Jr. 

·. For the foregoing reasons, we recommend that the President sign the bill. 

Sincerely, 

. Thompson 

·\ 

J. 





· in 1993, the NIH created an Otµce of Rare Diseases within the. 
Office of the Director of NIH, to -respond to the reporting require-; 
men ts of the Orphan Drug Act of 1983. The Office of Rare Diseases· 
implements t.he' recommendations' of the· National Commission on~; _ .. : 

·-Orphan .Diseases, and ·responds to .requests for information on rare~ •· -· 
diseases. · , · · · ; , _.. \' ·. <:' . - · . - · · · , · · · . · , ' ·· ·.. · 

Rare, or Orj>hari, Diseases affect fewer than 200,000 individuals · 
in America. Presently,· mor.e than "6,000, rare diseases affecting 
more than 25 million Americans are known. Prior to the enactment. _. , __ , , 
of the Orphan ·Disease A:ct 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 -

, biologicals which treat Orphan Diseases, among other things. ' · 
. 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. Thi_s action sends the strong signal of the · 
Congress' commitment for both this Office as well as for rare dis- · 
ea:se 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 diseases. Both of these proposals 

. : tained with1n H.R. 4013 .. ·· · · · · 





. . . Section 3 establishes within the Office bf the Director of the NIH· .. 
. an office to be known as the Office of Rare Diseases, ·and ensures 

that the Director ofthe Office of Rare Diseases will (!)recommend · 
an agenda for conductingand sµpporting research. on rare diseases; 
(2) promote, with respect to rare diseases; coordination juid co­
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 Ye.ars 2003 through 2006 for these pur-
poses. · · · ... · ·. • .. ·• · · · .. .... . · ·.•·· ·.· , ·· .. · . · ·.. , > · · · · · 
Section 4. Rare Disease Regional Centers of Excelle,/,ce. 
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OFFICE OF RARE DISEASES 

SEC. 404F. (a) ESTABLISHMENT . .,-There is establi.shed withih t/ie ·. 
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 "Di-
rector''), 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 anagenda for con­

ducting and supporting research on rare diseasesthrough < .. 

the national research institutes and centers. The izgenda 
shall provide for a broad range of research and education 
activities, including scientific workshops_ and symposia to . 
identify research opportunities for rare diseases. · 

(B) The Director shall; with respect to rare diseases, pto~ . 
mote coordinati<;m and cooperation qmong the national re-> · · 
search institute.s and centers (ind entities whose research is 
supported by such institutes. . < •• • < ,, • 

· (CJ . The Director, in· collaboration with the directors· or .·· 
.the other relevant institutes arid. centers of the National In<····.• 
stitutes of Health, . may enter into cooperative agreernents 
with and make grants for nigioncil centers of excellence on' · 
rare diseases.in accordance with sectian 404G, · · ·· 

(D) The Director shall promote· ihe sufficient allocation of 
the resources of the National Institutes of Health for~ con~ 
ducting and supporting research on rare diseases. 

(E) The.Director sha.ll promote and encourage . .the.esta.b.- , 
lishment of q,, centralized. cleqringhou:;;efor rare and gen,eti,c · 
disease information. that. wilt pr,ovide uriderstandq.ble iri[Orc 
mation · cibout:tJi,ese '.diseases ,to )he public, medical jJrofes~ ··. ··· 
sionals, patien.ts qnd fa,mJlies: :', . . . ·.. >, > . . .• .. . · .... · , · · .. 

(F) 'The I)ir:ector. shall ... b.~ennially prepare (1. report theft: · 
desc.ri.bes·t!ie' ,r¢~earyfJ· q,nd.· e<J.itcat;ion. acti.vitie? qn rare·gis<. 
eases being.cph4Jistec(or supported throu!Jh.thenatio17:at rec<· 
search instifutes'G:n.,<i' cefiters; and that identifies particular·· ·. . . . , 

· 'projects.gttype'{of projects •that .<ihould in, the.future be·c9Ji". ::::::< · 
. ducted or suppor:{ed by the. national' resear,ch ·ins,titutes "d,fiq <: . . 

. centers of other. entities i.n the field pf research on rare dis< . '· 
.. •eases ... ~· •. <;:•···v,,··~;\<•~\:.<;cd:<• ..•. ·· .:··.····.·."··• ~:; ... ~•. ·• ·.·•. r· .·/<C' :2;::.'.;.·.·.·•·· 

·: (G) Th1rDirector slia}fpi::epqre th~ NIH Director's annual.>·.'· 
report; to Congress on, rare .disease research conducteci. by. dr 
·supported t'hroughthe •n<J:tional research, institutes and cen-. • 
ters; .... , , . . .... , . ·.· : ... . . . . · , · · 

(2) PRINCLPAL ADVI.SOR REGAR.PING .ORPHAN DI$EASES.-With 
respect to rare diseases, ·the· Director sliall serve cis the principal 
advisor to the Director of N.IH and shall provide advice to oilier 
relevant agencies. The Director shall provide liaison ·with na­
tional and. interr;iatipr,u1J patie7Jt,,ffealth and: scientific prganiZa:; 
tions. concerned with rare diseases . . : . • . . . '. . .· 

(c) DEFINITION. -;,:F,oT:. p,urp,Q$eS~Pl,thi.fi ,$,ec;.(fQn,jhg.tgr.r!L~rn.re.. Q,is~. ' 
ease" means any disease or condition ·that affects less than 200,000 · . 
persons in the United States. ; · · 
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.. (d) AUTHORIZATION OF APPROPRIATIONS.~For the purpose of car" .. •··· 
rying out this section,.· there are authorized to be• appropriated· such · · 

·sums as already have been appropriated forfiscal year 2002, and 
$4,000,000 for each of the fiscal years 2003 through 2006. · 

··. RARE DISEASE REGIONAL CENTERS OF EXCELLENCE 

SEC. 404G. (a) COOPERATNE AGREEMENTS AND GRANTS.- .. · . 
(1) IN GENERAL.-The Director of the Office of Rare Diseases 

(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 int.a 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 ir,ito, training ' . 
in, and demonstration of diagnostic, prevention, control, and · ... 
treatment methods for rare diseases. . · .· · ·.. . ,· · . · ... · .. · .· 

(2) POLICIES.-A cooperative agreement or grant under para-.· 
graph (1) shall be entered into in accordance with policies es- .· 

. tablished by the Director of NIH. . . · . · . , 
(b) COORDINATION WITH OTHER INSTITUTES.-The Director shall· · 

coordinate the activities under this section. with similar activitie:{ 
conducted by other national research institutes, centers and agencies 
of the National Institu.tes. of Health and by the Food and Drug Ad- . 
ministration to the extent that such institutes, centers and agencies . •· · 
have responsibilities that are related to rare diseases. , . , : . ·. , . 

(c) USES FOR FEDERAL PAYMENTS UNDER COOPERATNE AGREE- . . 
· MENTS OR GRANTS.-Federal payments made under a cooperatiVe. · ·· . 
agreement or grant under subsection (a) inay be usedfor- .. , . · .. ·· . 

(1) staffing, administrative, and other ,bad;, opera#ng ~'osts, ~. ~.·. 
including such patient care costs as are reqiiired.for"research; · 

(2) clinical. training, including training for. aUi'ed Jiealth pro~ , 
fessionals, continuing education for health.professionals and'az:'.;: . . 
lied health professions personnel, and· i'rtformq,tiori programs for:; i.:~.;:, 
the public with respect to rare diseases; and . · '\'. <i · ·· 

(3) clinical research and demonstration•progr:i:iirfsi''.''; ·., , . . ..... 
( d) PERIOD OF SUPPORT; ADDITIONAL PERIOD,S.~~upjio~t of"<l ceri> 

ter under subsection (a) may be for a period ofn'ot to :exceed 5 years; . 
Such period may be extended by the Director. for.•additionafperiodS, 'i.'' ... 

·of not more than 5 years if the operations of s.uch.center;hiiv<t'been'•,.'/ ·· 
reviewed by an appropriqte technical and scie'niific' peer';:review', ;c 

group established by the Director and if such '"group has < rec:: . 
ommended to the Director that such period should.be extended;< 

(e) AUTHORIZATION 9F APPROPRIATIONS~_;_;.For t!y,e Plf,rpose_of.car- '• 
rying out this section, there are authorized to be approprii:zfed 'such , , 
sums as already have been appropriated for fiscal'.:year· 2002; 'aTi;d; 1< 
$20,000,000 for each of the fiscal years 2003'through'2006. " · 



H.R.4013 

<Bnr iaundrrd ~rbrnth Q:ongrrss 
of thr 

tinitrd ~tetrs of gmrrire 
AT THE SECOND SESSION 

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

2ln 2lct 
To amend the Public Health Service Act to establish an Office of Rare Diseases 

at the National Institutes of Health, and for othe_r purposes. 

Be it enacted by the Senate and House of Representatives of 
the United States of America in Congress assembled, 

SECTION 1. SllOR'f TITLE. 

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 syn.drome, Crohn's 
disease, 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. presc:t;iption 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 
Congress for legislation to encourage the development of orphan 
drugs. 

(4) The Orphan Drug Act created financial incentives for 
· theresearch and production of such orphan drugs. New Federal 
programs at the National Ini;titutes of Health and the Food 
and Drug .. Administration encouraged clinical research and 
commercial product development for products that target rare 
diseases .. All 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, morethan 220 

· .. new orphan drugs have been approved and marketed in the 
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United.States and mor~ than. 800 addition~ldrtigs are in the · ... 
research pipeline, . · .. · . ·. · .. · .·. •. . . ·· .· · . · 
- · (6) Despite the tremend0\1s success. of the Orphan ·nrug 
Act, rare diseases and disorders deserve greater. emphasis in 
t~e national biomedi~al ·resear~.h enterprise. The ()ffi~e of Ra~e · 
.Diseases at. the Natiop.al In1:1titutes of Health was created m 
· 1993, butlacks a •statutory aµthorization. . ..... . 

(7) The National Institutes of Health has received a 
· substantial·· increase. fo research funding. from Congres1:1 ·for·.· 

the purpose of expanding the national investment of the United . 
States in behavioral and biomedical research. · 

· ·. · · (8-) Notwithstanding such' increases, funding for rare dis-• · 
eases arid disorders at the National Institutes· of Health has . 
not increased appj:'eciably. . . ·•. . · '. .. · · · · · · ... . .. . 

. · · (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 rese.arch on rare .. · 
diseases. ·.· · . · . . . · · . . ·· .. · ·. . ·· · ·. ·. ·. ·.· · · 

. (b) PliRPos:Es._:.The purposes of this Act are t~ ·. · . 
·•· . (1) amend the Public Health Service Act to ~stablish an 
Office of Rare Diseases at .the National Institutes of Health; 
and .· .. · .•. .. · ... · . · .·. ·· . ~ .. ·. · ·.· 

:··-.· 

· : . (2) increase the national investment in .the deveJopment · 
of diagnostics arid treatments for patients with rare ·diseases .•... 
. and disorders. · · · · 

SEC. 3; Nill OFFICE OF. RARE DISEASES AT NATioNAL INSTITUTES 

. Of_HEALTI{. . . . .· ·. . . .,.· ... , . . . ·: . 
.. Title IV of the Public Health SerVice. Act (42 .U.S.C. 281 et 

seq;), as amtmded by Public Law 107-:-84; is amended by insertjng 
after·section 404E th~ follo~ing: · · ·· · · ·· 

. - : :· :. ·.. . . - ~: .. : 

"OFFICE()F RARE DISEAsES 

'" ' "S:Ec .. 404F. (a). ESTABLISlIME;NT.---There .is established within . 
, , '·. 

:· .·' 

.· .· ..:· ·. -
• '~ • ' •• - • > ;, • 
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. . · 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 Oirector (in this section i'eferre.d to · · .. 

as the 'Djrector'), appointed by the Director of NIH. . . . 
"(b)D . . . . . .. . · UTIES.::._ . · .~.;._. . . .. . .·. . . . . . .. . .. 
. . "(1) iN .GENERAL.~The Director of the Office ehall carry' 

. out the following: . " •. · ' · . . · ·•· • . . ·· · .. • ··: , 
· "(A) The ·Director ·shall re.commend an. agenda for con"' · · · 

··ducting and supporting research on rare ·diseases through · .... ~ ·· 
the· .natirinal 'research institutes and :centers.' The . 1J,ge:ri.da 

· .. ··shall provide for a br9ad range of research a;n_d educa.ti9n . 
. activities, including. scientific. workShops. 8,nd . symposia to .· 
identify research opportunitiE~sforrare diseases. · . , , ·· . 0 

. . ·•·.·· "(B) The Director shall, with :respe<;t<to fare dis¢.ases, ·. 
promote coordination and co9peration among the national 

·•. research institutes and centers and entities whose research~ . 
is sµpported by such institutes. .. ' ' . . ' 

·. · . . "(C) The. Directqr, •in collaboratio.n with the directors .· . 
··.of the other relevant institutes and centers of the National·. · 

Institutes of Health, may enter into cooperative agreements . . 
with and inake grants for regional centers' of excellence ' 
on rare diseases in accordance with section 404G. 
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"(D) The Director shall promote the sufficient allocation 
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 
gepetic disease information that will provide.· understand­

. able information about these diseases to the public, medical 
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 sueported 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 
research on rare diseases. . · 

"(G) The Director shall prepare. the NIH Director's 
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 Director 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 purpose~ 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.", 
SEC. 4. RAREDISEASE 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 inserting 
after section 404F the following: 

"RARE DISEASE. REGIONAL CENTERS OF EXCELLENCE 

"SEC. 404G. (a) COOPERATIVE AGREEMENTS AND GRANTS.-
"(!) 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 He~ilth, 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, 
preventicm, control, and treatment methods for rare diseases. 

"(2) POLICIES.-A cooperative agreement or grant under 
paragraph (1) shalLbe entered into in accordance with policies 
established by the Director of NIH. . . .. . · 
"(b) COORDINATION . WITH OTHER INSTITUTES . .......:.. The Director 

· shall coordinate the activities under this section with similar activi· 
ties· conducted by. other. national· research institutes, 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 

"(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.". 

Speaker ofthe House of Representatives. 

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



. , THE DIRECTOR 

. EXECUTIVE OFFICEOF THE PRESIDENT 
OFFICE OF' MANAGE.ME NT 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 · 

Puwose , ... ' 

• ' • ' c ' 

'jl'6._l2J~j .... 

Establishes an Office of Rare Diseases within the National Institutes of Health (NIH) and ... 
authorizes appropriations forRare 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 st~tute an Office of Rare Diseases within the Office of the 
Dii::ector ofNiil. (The Office was established administratively in 1993.)· A rare disease is 
defined as one that afflicts fewer than200,000 individuals in the United States. According to the 
Food andbrugAdministi"atioi:l, there are more than,6,000 rare diseases affecting 20 to25 million 
people in the United States. The Office :wouid be n~sponsible 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 th.e 

· establishment of a centralized clearinghouse for rare and genetic disease information for use by. 
the public, medical professionals, patients, and their families. H.R. 4013would 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 $1L3 million for the Office., 



H.R. 4013 also would authorize appropriations of $20 million for each ofFYs 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." 

We join HHS in recommending approval ofH.R. 4013, which passed the House by voice 
vote arid the Senate by unanimous consent. 

Enclosures 

~<~~ 
Mitchell E. Daniels, Jr. 
Director 
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. . . 
EXECUTIVE OFFICE OF THE PRESIDENT 

. . \. 
OFFICE .OF MANAG,EMENT AND BUDGET 

·WASHINGTON, D.C. 20503 

October 30, 2002 
THE DIRECTOR 

. ·MEMORANDUMFORTHEPRESIDENT ·. 

SUBJECT: Enrolled Bill H.R. 4013 - Rare Diseases Act of2002, 
Sponsors. - Rep. Shimkus (R) IL and 54 cosponsors .. 

Last Day for Action 
'l." 

November 8, 2002 - Friday. 

Purpose 

. Establishesan Office of Rare Diseases within the National :rristitutes 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 Offi~eofthe. 
Director ofNIH. (The Office was established administratively in 1,993.) 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 6,0QOrare diseases affecting 20 to 25 million· . 
. people in the United States. The Office wouid be responsible for recommending an ageridafor 

. ·· : conducting and supporting research; promoting coordination and cooperation among NIH . . 
institutes and centers. With regard to rare diseases; promoting the sufficient allocation ofresources 
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 

1 • appropriations of$4 million for each of FY s 2003-2006 to cal.Ty out the responsibilities of the 
·. Office. The FY 2003 Budget requests $U .3 million for the Office. . · 

e,p s 



r 

H.R. 4013 also would authorize appropriations of $20 million for each ofFYs 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 Budgetdoes not 
include funding for rare disease regional centers of excellence. 

Conclusion and Recommendations · 

HHS recommends approval ofH.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 recommending approval of H.R. 4013, which passed the House by voice 
vote and the Senate by unanimous consent.. . 

Enclosures 

1t1<~~ 
Mitchell E. Daniels, Jr. 
Director 

-2-



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 Diseases Act of 2002 
Sponsors - Rep. Shimkus (R) IL and 54 cosponsors 

Last Day for Action 

November 8, 2002 -Friday 

Pumose 

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 ofNIH. (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 ofresources 
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, medicalprofessionals, 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, andtreatment of rare diseases . 

. Federal support of the centers of excellence would be lim.ited 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 ofH.R. 4013. In its views letter on the enrolled bill, the 
.Department states thatthe 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 recommending approval ofH.R.4013, which passed the House by voice 
vote and the Senate by unanimous consent. 

Enclosures 

'}IAC~~ 
Mitchell E. Daniels, Jr. 
Director 

-:2-



10/30/2002 WED 05:44 FAX 

, TRANSMISSION OK 

TX/RX NO 
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T 

· PGS. SENT. 
RESULT 

********************* 
*** TX REPORT · *** 
********************* 

1141 

.10130·05:43 

.Ql'l3 
3 

OK 

66212 

SS/ 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 BILLH.R. 4013 - RARE DISEASES ACT OF2002 

ACTION FYI ACTION FYI 

VICE PRESIDE D HUBBARD 
~· D 

CARD ~······. o. IRASTORZA · 0 D 
.''· 

BARTLETT ~ D JOHNSON D D 

BLAKEMAN D D LINO SEY 17'· .. 0 

BOLTEN ~ D ·MARBURGER D D 

BRIDGE LAND ~ D MIERS D D 

CALIO -~ D RICE 
·~ 

.. D 

CONNAUGHTON ~ 0 RIDGE 
~· 0 

DANIELS D ~ ROVE ' 0 

FLEISCHER ~ D SPE.LLINGS ~ D 

GERSON D D CLERK D ~ 

. GONZALES 21 D D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

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

. BY 5:00 P.M .. THURSDAY. OCTOBER31, 2002, WITH A COPY TO THE STAFF SECRETARY. 

!41001 



'' .l .· ' 
~ ' . . " . . . 

·' ' 

·· ___ ;: .... -.: ... ;· __ ·. 

::;-

,, , . · .. 

- -.... 
' 

·:: ·.·; ,.: . 

'" 

'' . ;;_ 

/; : '._ 
.... •· 
-· '.' 

SS/RM NO. 
. . - . - ' .··. - . · .. 

WHITE HOUSE STAFF,ING MEMORANDUM 
,·; . 

. . - . . , - : . ~ ·. . . . ' . 

• Date:' 10-30;.02 4:30 PM ,· ACTION lCONCURRENCE)COMMENT DUE'BY: 10-31-02 5:00 .PM 

· Subject: ENROLLED BILL H.R. 4013 ·~.RARE DISEASES ACt OF 2002 

·ACTION · · FYI 

VICE PRESIDE~_.,.,;;J/11~ . · 0 • HUBBARD.·· .. 

ACTIQN .. FYI : ·. · .. 

' r~l ··.. <o .·· 

CARD· 

BARTLETT. 

BLAKEMAN· 

BOLTEN 

BRIDGELAND 

CALIO· 

CONNAUGHTON· 
,. 

DANIELS··. 

FLEISCHER ... 

GERSON 

.. ·· ... GONZALES . 

. HAGIN·· 

HAWKINS .. 

' >' . . -

.·~ 

D 

.·~·. 
. r1f 
.··~·. 

··~·· 
o· 

0 · . IRASTORZA 

0 

D 

···D. 

JOHNSON 

·.LINDSEY 
., 

.· ... MARBURGER 

. 0 ·.MIERS 

RiCE , 

· .0. < .. · RiDGE'.: · 

.. ~··ROVE· 

·~--·· D. 

0 

D 
' ,· wr-' 

·D· 

o· 

·.·~···· 
-~ 
-~··.· 

·--~-

' --·o· 
0 

0 

:o·• 
;0 ·. ', 

··o· 
·."0·. -· .. · 

·.O .. · <.O· 

SPELLING.S .. 

CLERI{.··· · · · 0 .·· 

--...,,....-----,-.... .. ·· 0,. .·.• '?:lJ· .·····11· . 
" · .. 

q 
. {J 

o· 
0 

.:.-.. ··:· ... ': .. ·-·-
.- ..... ·~ ; .": 

.. \· -
... - .· . 

·o··.·. ··· ·o······· · ------,....,....· ,•. .·· .... ·· . 
'. ~- . 

. REMARKS: . . ·· ··.· . .. . . . . 
PU:ASE FORWARD COMMENTS.DIRECTLYTO JIMJUKES, X53458, FAX X56148, , .... · ..... 

..· B'Y 5:00 P.M., THURSDAY, OCTOBER 31, 2002, WITH A C,OPY TO THE STAFF SECRETARY.,.'. 
THANKYOU. , ' . ,' ' ' ' ' ' ' ' ' '' .. 

. RESPONSE~ ·. 
. ;;'. 

. :·;· -

. .. -· ,. 

Harriet E. Miers 
·· Assistant. to the President 

and Staff Secretary .·· .· 
Ext. 62702 

...... -. --, 

',, ·. 



10/30/2002 WED 05:51 FAX 

TRANSMISSION OK 

TX/RX NO 
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T 
PGS. SENT 
RESULT 

********************* 
*** TX REPORT *** 
******~************** 

1144 

10/30 05:50 
01.'13 

3 
OK 

69720 

SS/ RM NO. 

WHITEHOUSE STAFFING MEMORANDUM 

Date: 10-30-02 4:30 PM ACTION I 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 

VICE PRESIDENT r;t D HUBBARD ~- D 

CARD ¢ D IRASTORZA D D 

BARTLETT ~- D JOHNSON D D 

BLAKEMAN D D LINDSEY lT D 

BOLTEN ~ D MARBURGER D D 

BRIDGELA~'r - -~ D D D MIERS 

CALIO D RICE ~- D 

CONNAUGHTON ~ D RIDGE ~ D 

DANIELS o- ~ ROVE ' D 

FLEISCHER rL D SPELLINGS ~ D 

GERSON D D CLERK D ~ 
GONZALES JlJ D D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

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. 

!41001 
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' ' 

. _:f· 

.. · · .. 
··.:' ~ ·' . 

·····•. S~/RM NO .. ·.·· 
--~---'--""'--

. }VHITEHOUSESTAFFINGMEMORANDUM .. ·. 

. D.ate: 10~30-02 4:30 PM - ACTION /CONCURRENCE I COMMENT DUE BY: 10-31-02 5:00 PM 

. _-Subject: . ENROLLED BILL H,R 401.3 ~RARE DISEASES ACTOF2002 

. ..• . . . . .·. 

. , . . VICE PRESIDENT ·.· 

CARD· 

... -.. . BARTLETT 
. . . 

BLAKEMAN 
; 

BOLTEN 

ACTION ·· .. FYI·. 

···r7·.' 
··~ 

.. -·~'.-
,· '. .. ··· 

. ·-· . 

. 0 HUBBARD. 
·", ·:;', \' .· ... ·." 

· ·D ·. IRASTORZA. 

· :O, /.. JOHNSON 
. . '• 

' . . ... . D .. -0 

~· D 

··. LINDSEY·•···. 

. . MARBURGER , 

ACTION FYI 

---·~·· D· . 
·. . .\ .,~ ·! .v 

.D D 
. . . 

·o· D 

17'·. -o 
·.o 

. ·. · BRIDGELAw-···•-----~ .•. · o · MIERS 

CALIO . ,< • ~ . 0 RICE , .. 

.·o_. 
'·.: . 

D· 
[],· . . r~·· 

... ,. 

CONNAUGHTON . ~ ' . 0 ·. . RIDGE ~ · · ·~ ·. 

. · .. ··~.· 
D 

D 

D 

DANIELS 

FLEIS.CHER. 
- . 

GERSON·. 

GONZALES. 

HAGIN 

HAWKINS. 

. . ' . . - .. . . 

·~ 

.. :·· ... 

D 
:.J .. 
Ill··· .. 

·.·. •, 

····-o 
. Jd 

i 

~ •. _ .. ROVE 

. SPELLINGS . ~-

·-o CLERK·· .. · :D . .•... ~··. 

·o.· 
D 

-------- - D ·,·.o····. 
D. ·.·.·o 

··o··· . ... D ·o 

REMARKS: · .. .. , 
··. PLEASE FORWARD COMMENTS DIRECTLY TO JIM-JUKES, X53458;.FAXX56148, 

BY 5:00 P .M., THURSDAY, OCTOBER 31; 2002, WITHA COPYTO, THE STAFF-SECRETARY. 
THANK YOU. . . . . . . , . 

···;· ... · .. ··. '"'.·, 

. RESPONSE:. . 
.. - f 

' ~· " . 
··.'· 

. '· 

• ..... .. 

., ~ 

Harriet E. Miers 
Assistant to the .President . 

. and Staff Secretar)' · 
Ext. 62702 · 

. ~. .:. . ' , 

. .: 

... ) 

.:, 
. .. :; ·~ . 

-. · .. :.·: . 

.'····. 



10/30/2002 ~ED 06:20 FAX 

TRANSMISSION OK 

TX/RX NO -
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T -
PGS. SENT 
RESULT 

********************* 
*** TX REPORT *** 
********************* -

1162 

10/30 06:19 
- 01' 11 

3 
OK 

56958 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

D_ate: -.10-30-02 4:30 PM ACTION I c°ONCURRENCE 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 

J~ D ·~ D VICE PRESIDENT HUBBARD iii 

CARD --~ D IRASTORZA 0 

BARTLETT ~- D JQHNSON D D 

.BLAKEMAN D D LINDSEY- WI" D 

BOLTEN ~ D MARBURGER 0. D 

BRIDGELAND 
~--- 0 - MIERS - [] D 

CALIO 
_--~ D -RICE flf D 

CONNAUGHTON ~ D RIDGE ~ D 
- -

D 
--~--- ' DANIELS ROVE- D 

··.·· 

FLEISCHER rL" D -~ D SPELLINGS 

GERSON D D CLERK o- rL 
GONZALES JZf 0 D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

REMARKS: - . - - . . 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458; FAX X56148, 
ov ~.nn o 11n Tu1 1oc:niw nr.TnRi=~ ~1 'nn2_ WITH A COPY TO THE STAFF SECRETARY. · 

~-0.01 



., 

'··,1 

. ' 

. ~< 
:.1' ',. 

.. 

! . 

.\' 

. -'; . 

· .... ·. 

' ·,.~· : . 

... ·:t / ·. . ···: .. 
.. '.·. .. ~·.:. ' . ,. . . .. , : ~ ' 

· .. SS{RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 
. . ~ . ·. . . 

· Date: 10-30-02 4:30 PM . ACTION I CONClJRRENCEJ.COMMENT DUE BY: 10-31-02 5:00 f>M . 

·_·.·_ ..•.. Subject: ENROLLED BILL H.R. 4013 ·RARE. DISEASES ACT OF 2002 ·. 

.. VICE PRESIDENT 

·cARD- · 

•. · BARTLETT 

BLAKEMAN 

BOLTEN .... 

-· BRIDGE LAND· 

CALIO 

CONNAUGHTON 

DANIELS·. 

. FLEISCHER 

GERSON-·. 
. •· ' . . ... '.•, 

GONZALES . . : .. ;· 

HAGIN 

. . . 

ACTION .. FYI. ACTION.·· FYI 

··. TT.·. -· .. o 
.. ·.~ D 

-:.1: __ . ··o·-. 

:::::·· .. -. ----:~~!!I·~,,,.· .. ··,· ...•.•.... ··~·· .. 
, .. ;. 

It]·.. .. . .. 

o· .. · o· 
' .· ... -~. [J> 
~ ·. D 

~ D 
~----·-··D 

D > --~-­
., D 

.. D.· D 

·11·, D· .. 

JOHNSON. 

Li NOSEY 
. ! . ~· ' 

. ·MARBURGER. 

.. MIERS· 

RICE 

. RIDGE 

-·ROVE· 

SPELLINGS-

..CLERK 

'·.'.· .:, . 
. o··_ ··• _ _,......__· .. ·...........,..._____,...._ 
. . ":: 

·< ·/· -·-. •• '• .··· .. ···~ 
:·-.::"· . 

:.-·. o·. 
: . . 

[:J 

. WI( ... 
.. . . 

·. · .. 

..· .. ·.Cl 

·-o·.·· 
~ ' " : '·<' 

D · . ·,_Et;· . 

D· ··o.-----· 
-~--. D 
J·_··.··.:·o .li!f '.~ .... . -6 ·. D: 

-~-· D 

····~ 
.D ... D 

·-o 
·o 

.... _[j.·'·• .. 

D 
. ··. ... . .. . . . . 

-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: 

' . . .. ,. . 

. ... " 
.•' . 

.· .... 
' • . I . 

. · .. 

. . . ~ . 

.·.:. .. 

Harriet:E. Miers 
Assistant to the President 

~nd Staf(Secretary , . • 
·Ext. 62702 

.··· .. ·· .. 



10/30/2002 WED 06:03 FAX 

TRANSMISSION OK 

TX/RX NO• 
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T 
PGS. S.ENT 
RESULT 

............. ~ ...... ~ 
*** TX REPORT *** 
********************* 

1151 

ADM IN 
. 10/30 ,06: 02 

01'23 
3 

OK 

67090 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

Date: 10-30-02 4:30 PM ACTION I 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 

VICE PRESIDENT ~ D HUBBARD ~· D 

CARD ~ D IRASTORZA D D 

BARTLETT 
~· D JOHNSON D D 

BLAKEMAN D D 'LINDSEY 17' D 

BOLTEN ~ D MARBURGER 0 D 

BRIDGELAND ~ D MIERS D D 

CALIO ·~ D RICE ~ D 

CONNAUGHTON ~ D RIDGE D 

DANIELS D ~ ·ROVE D 

FLEISCHER ~ D SPELLINGS D 

GERSON D D CLERK D ~ 

GONZALES if D D D 

HAGIN 

~. 
D 0 0 

HAWKINS D 0 D 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148, 
r:tv i:;.nn PM THI IRSDAY. OCTOBER 31. 2002, WITH A COPY TO THE STAFF SECRETARY. 

[4]001 



": r· . . #-

·. -,~ 

. . 
··: ... SS/RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

Date; 10-30-02 4:30 PM . :ACTION I cC>NCURRENCE/ COMMENT:DUE BY: 10.,31-02 5:00 PM 

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

VICE P;RESIDENT 

. •--CARD··•· 

ACTION-. FYI· .. 

r;~· 

~ 

HUBBARD 

·IRASTORZA 
. . . 

.·ACTION FYI · 

.. :_iii .. ··· .. f:J 

··o _D. 
•< ....•. ·. ·.· BARTLETT. 'J . ltJ ... · 

·D 

·D· 

[J JOHNSON D .D· 

I . ::·· . .. , 

I . ~ '· 

i .. :.i'.:;_ 

i- .. , 
I 

' 

·. ·:, .... 

.· . . 

BLAKEMAN· 

BOLTEN 

BRIDGELAND •· . 

CAL.10····. 

CONNAUGHTON . 
. . 

.DANIELS 
.· . ... . 

FLEISCHER 

. GERSON·.· 

. .GON·ZALES 

HAGIN. 

HAWKINS 

.. D .. ·· D 
··_-.-~_ .... ··o· 

~:. ·.o· 
·~ .Q 

.-_~·-··.D 

O· 
.. --~·-

--~ 

· .. · D. ·· G . 

JZf·. · .. o. 

l,JNDSEY· 

MARBURGER .. 

17'.·· D 

· D '-'0 

Ml'ERS . D . ·D 
RICE. -~---• . Q.·· 

RIDGE·_;._-.· ____ :;n ·._·. 0 

RovE· -·· ·· •----~--( ·• o··._ 
SPELLINGS . ~- ·. 0 
CLERK· 0 .. ··. ~-- · 

. '.":-. 

....... 
·o D 

····~ 
' o .. ··.····· ·...,...·-·_· ___ .·,_. ·- · o· >-o·· 

1 

· ·. -~~r~l~iFORWARD·COMMENTS DIREtTLYTQj,M JUKES,X5345B. FAXX56148, · · 

. ,,,· 

····.:.:·:,. .· 

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

! ! :-; 

RESPONSE: 

1;· , ... 

' ;.: ... 

'. ·:;., 
' \ . . ·. '· .. 

Harriet E. Miers .. . .. 
Assistant to the President · 

and Staff Secretary 
Ext 62702 

\ ' 

··~ : .. ·-· 
,·1. 



10/30/2002 WED 06:06 FAX 

TRANSMISSION OK 

TX/RX NO 
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T. 
PGS. SENT 
RESULT 

********************* 
*** TX REPORT *** 
********************* 

1153 

CEQ 
10/30 06:05 
01'12 

3 
OK 

62710 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

Date: 10-30-02 4:30 PM ACTION I 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 

VICE PRESIDENT ~· D HUBBARD ~· D 

CARD ~ D IRASTORZA D D 

BARTLETT rL D JOHNSON D D 

BLAKEMAN D D LINDSEY 17'. D 

BOLTEN ~ D MARBURGER D D 

BRIDGE LAND ~ D MIERS D D 

CALIO ~ D RICE 
·~ D 

CON NAUGHT D RIDGE ~ D 

DANIELS ~ ROVE ' D 

FLEISCHER ~ D SPELLINGS ~ D 

GERSON D D CLERK D ~ 
GONZALES .IZf. D D D 

HAGIN 

~ 
D D .D 

HAWKINS '" D D D 

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. 

141001 



\; 
'.! 

-----------

~ ' 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 
--

Date: _10-30-02 4:30 PM ACTION I 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 

VICE PRESIDENT ~ D HUBBARD ¢ D' 

CARD ¢ D 'IRASTORZA D D 

BARTLETT ~ D - JOHNSON D D 

BLAKEMAN D D LINDSEY. 17' D 

BOLTEN ~ .D MARBURGER D D 

BRIDGE LAND ~ D MIERS D D 

CALIO 
---~ 'D - RICE ~ D 

CON NAUGHT D RIDGE 
-~ D 

DANIELS ~ ROVE ~ D 

FLEISCHER -~ D SPELLINGS 
--~ 

D 

GERSON D D CLERK D ~ 
GONZALES IZl D D D 

HAGIN 

.~ 
D D D 

HAWKINS D D D 

_ REMARKS: __ 
_ PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148, 
BY 5:00P.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 06:11 FAX 

TRANSMISSION OK 

TX/RX NO 
CONNECTION TEL 
CONNECTION ID 
ST. TIME 
USAGE T 
PGS. SENT 
RESULT 

********************* 
*** TX REPORT *** 
* * •.• * * * * * * * * * * * * * * * * * 

1156 

10/30 06:10 
01' 11 

3 
OK 

51005 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

· Date: 10-30-02 4:30 PM ACTION I 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 

VICE PRESIDENT ~ D HUBBARD ~ D 

CARD ~ D IRASTORZA D D 

BARTLETT ~ D JOHNSON D D 

BLAKEMAN D D LINDSEY 17' D 

BOLTEN ri D ·MARBURGER D D 

BRIDGELAND ~ D MIERS D D 

CALIO ~ D RICE 
~- D 

CONNAUGHTON ~ D RIDGE ~ D 
~ . ~ DANIELS. ROVE D 

FLEISCHER SPELLINGS ~ D 

GERSON D D CLERK D ~ 
GONZALES JZl D D D 

HAGIN i D D D 

HAWKINS D D D 

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. 

--· 

!41001 



·. . . 

.SS/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 

·VICE PRESIDENT .. ~ D HUBBARD ~- D 

CARD ~ D. ·· IRASTORZA D D 

BARTLETT ~ o. JOHNSON D D 

BLAKEMAN D D LINDSEY IT D 

BOLTEN ~ D MARBURGER· D ·o 
BRIDGELAND ~ D MIERS D D 

CALIO ~. D RICE ~· D 

CONNAUGHTON 
·~ 

D RIDGE ~· D 

d ~ l DANIELS ROVE D 

~ -~· FLEISCHER D SPELLINGS D 

GERSON D D CLERK ·D· ·.~ 

GONZALES JZ1 D ·o D 

HAGIN .~· D D D 

.HAWKINS D D· 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458, FAX X56148,. · 
BYS:OO 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 



:.'I • 

10/30/2002 WED 06: 30 FAX\ ( 

TRANSMISSION OK 

TX/RX NO 
CONNECTION TEL 
CONNECTION ID 
ST;. TIME 
USAGE T 
PGS. SENT 
RESULT 

********************* 
*** TX REPORT *** 
***S***************** 

1167 

ADM IN 
10/30 06:28 

'01' 14 
,· 3 

OK 

67090 

SS/ RM NO. ·. 

WHITE HOUSE STAFFING MEMORANDUM 

. D.ate: 10-30-02 4:30, PM ACTION I 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 .. 

VICE PRESIDENT ~.·· D . ·HUBBARD ~· D 

CARD ¢ D IRASTORZA D D 

·sARTLET1 ~ D JOHNSON D D 

BLAKEMAN .D D LINDSEY 17' D 

_BOLTEN ~.· D MARBURGER-. D D 

BRIDGELAND ~ D MIERS D D 

CALIO ~ D RICE. ~ ·o 
-.~ 

·~ CONNAUGHTON . - o· RIDGE· D 

DANIELS D ·~ ROVE D 

FLEISCHER ~· D· SPELLINGS ~ D 

GERSON D D CLERK D ~ 
GONZALES lf D D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES, X53458; FAX X56148, 
ov i::·.nn o 1111 TUI IDC.n l\V nrTnCICD '2"' '>nn., \llllTU A r-nDV Tn Tl-II= .C:TAi=i:: ~i=r.r:n::i:ARV 

---------

~001 



·;. 
10/30/02 WED 19:42 FAX 

SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

Date: 10·30·02.4:30 PM ACTION I CONCURRENCE /COMMENT DUE BY: 10-31-02 5:~,Q~E;'J~ ~ :::~o 

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

ACTION FYI ACTION FYI 

VICE PRESIDENT ~ D HUBBARD ~ D 

CARD ·~ D IRASTORZA D D 

BARTLETT ~ D JOHNSON D D 

BLAi'.<EMAN D D LINDSEY 17' D 

BOLTEN ~ D MARBURGER D D 

· BRIDGELAND ~ D MIERS D D 

CALIO ~· D RICE ~ D 

CONNAUGHTON 
·~ D 'RIDGE ·~· D 

DANIELS D ~ ROVE._,,_ --~ 0 

FLEISCHER ~ D SPELLINGS ~ D 

GERSON D D CLERK D ~ 
GONZALES tJ D D '0 

HAGIN 

~ 
D D D 

HAWKINS D D D 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES1 X53458, FAX X56148, 
BY 5:00 P.M. 1 THURSDAY, OCTOBER 31, 2002, WITH A COPY TO THE STAFF SECRETARY. 
THANK YOU. 

N.o (pvv\ ~-rs 
RESPONSE: 

· I 0 -,9 I I I n ,- r r·. "': .. ::7 
,~ •· ... ,.,; . ,,. •l.J·, I•':; 
"""" •• ...ot ...... ""'"" - ...... .... .......... 

Harriet E. Miers 
Assistant to the President 

and Staff Secretary 
. E~t. 62702 

14!005 
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SS/RM NO .. 

WHITE]IOUSE STAFFING MEMORANDUM 
, .. . .. .· . . . . =·?Q;i·Ot: ~ ~~v·-~~f<:.~~r.;g· .... 

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

· . Subject: ENROi-LEO BILL H.R. 4013 - RARE DISEASES ACT,OF 2002 ·. 
. .. ~ 

. ·;·.· ... 

.. · ., VICE· PRESIDENT . 

. ACTION . FYI 
:.·.~.· 

.......... o···· ·. _: ·:··_ .· : .· . 

HUBBARD 

. ·· .. ··.· .•. -.CARD '¢ ' .... · .. 
.. · . :· 

. D> IRASTORZA .·. 

.. • 
~ ... 

BARTLETT . ~ . . c::r : .J()~NSON 
. . ,. r' 

.BLAKEMAN D . ·. , D:,: LINDSEY •. 

::l~Gbl:IM.L .. A•Nllll!D ... · -. .-...:-.. •-•. · •. ·.~··· ····D 

D 

· ~MARBURGER 

MIERS. 

'· : CALIO·.· .··-~--· . D ·.· 
·RICE· 

. -· .. . : .. 

CONNAUGHTON 

.DANIELS 

·. FLEISCHER .· 
.""· 

GERSON 

. ·. ·GONZALE'S 

HAGIN " 

.. · ... HAWKINS,.··· 

. . ~· .. 

···._1_ .. · ·. 
.·.·· ~-·· 

D 
J .. 
Ill 

.. .-:-. .. : 

·. ·0· .RID<:;E 

··."·1 . . · ·. ·R·ov·E -:.·.~.-.: 

D 

. : ": ., ; ..... ~ 

~/D ··' D 

SPELLINGS·.· 

CLE~K ... 

.. ,f 
·: . . . 

, .. ~. ·······~······.··· ... . :.·, ,. _:· 
'· ... '> ... 

..::-,· ·. ·. ·/ 
'-. . . ": ~· 

·.o 
··o·.·,.· 

ACTION ·· , FYI . 

~-- ·o 
·o : . [J 

.. 

·O.. <o< ... 
··· .. ·~.--·.o ... 

. . . 

··· .. o :·· .. :o_·.:·· 
o·· .. · 

· .. rl. 
.··~/ ,. 

.·.~·· 

.·~.· 

o· 

o· 
D 

.··o. 

.··.·o-.. 
. o··· 

.:/ ... 

~> 
... ·.,,,_ .. 

D· •. > D · .·. · .· 

t].·. 
.. ·.o···._.·· 

-· : .. ' 

... ·;.·. 

REMARK$: . . . . . .. . . . ·. . · .... · . . · ; . 
PLEASE FORWARD COMM~NTS DIRECTLYJO JIM JUKES, X53458, FAX X56148, . ·· . . . 

. BY S:OO P;M., THURS[)AY, OCTOBER 31, 2002, WITH AC PYTO THE STAFF SECRETARY, ·· .· 
THANK YOU. . . . . . . · .. 

··.' ... 

. ,· ... 

.. •:.RESPONSE.: 

•', ''"" 

.,.·: 

" ~- :, _.· . 
,·,·.: . :~ . . 

...... · . 

. ".-.1·.· .. .-.:· 
·\ --

,. .· .:.· .. 

:-r.· 

. Harriet E. Miers:. .. 
< • Assistant to the Presiµent. 

.... and staff Secretary ·· · 
.. Ext 62702 .. 

.... _ ... · 

. ... · - .. 
. ~ :: . . ' 



:THE DIRECTOR 

EXECUTIVE OFFICE OF THE PRESIDENT 
OFFICE OF MANAGEMENT AND BUDGET 

WASHIN<:;TON,D. C. 20503 

October 3D, 2-002 

.. 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 Rate Disease Regional Centers of Excellence. 

Agency Recommendations 

Office ofManagement and Budget .Approval 

Department of Health and Human Services (HHS) ·Approval 

Discussion 
. . 

H.R: 4013 would establish in statute al1 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 t.o the 
Food and Drug Administration, there are 111.ore tha1,16,000 rare diseases affecting 20 t625 million 
people in the Uriited States. The Office would be respon.sible for recommending an ~genda for 
eo'hducting and supporting research; promoting coordination and cooperation among NIH . 
institutes and centers with regard to rare diseases; prom~ting the sufficient allocation of resources 
within NIH for conducting and supporting research On rare diseases; and encouraging the .. . . 
establishment of a c.entralized 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 IJJ.illion for each.of FYs2003-2006 to carry out the responsibilities of the 

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



·.;. 

.... :. 
·. ·· ... 

. ; .... · .. : ·, 

~ ... 

.. : 
:: .· 

. ~ ' 

. -'.; ·,. 

H.R. 401.3 also would authorize ~ppropriatio~s of $20 iµilli~h for each of FY s 2003~2006 
.· .. for Rare Disease Regional Centers of:Exc::ellel;lce .. The Office.of Rare Diseases, in collaboration ... 

. with other NIH institutes and centers, would ent~r 1ntb coope~ative agreements. With and make .. ·.·.·•·. 
. . gran~ts to publfoorprivate µonprofit entitiesfor reg'ionalcenters of excellence thatwould conduct •· 

. research and trairiing in the diagnosis, prevention, control, al)d ireatlTientof rare dfaeases. . ... 
Federal support of the centers of excellehce would be limited to five years, but coulcl.; under .. ··.· 
'cer:t:ain conditions, be extended for ~pto an additio~a~ five ye·a,~s. ·The FY2003 Bu'dget.do~s not .. ·••·• .· 
incl~de funding for rare disease regional centers 'of excellence. '. ..• · 

. ' · .... ; _.: . ~ ·. : ··· ..• '.... . . 

Conclusion. and Recommendations.·· 
. '. -. : ... 

... · 
"· .. 

. HHS recom~ends' appfo~iil ofH:.R. 4613 ,• in its :views letter on the enrolled bill, the 
.Departrnent states that the. enrolled bill "i~ consistent w1th the Depanment's policies:~d .. 

. ··. objectives." For example, HHS notes that "NIH has beeriplanningtoestablish Specialized~\ 
·.· Research and Diagnosti<:::Centers: ofExcellence: for R'IIe .Diseases, which it considers crucial. to .· 

:.·,.'· . 

· ·:coordillate research onrare diseases." · .. · . · · .. · .. . . . · · · · · 
·' ··,·. 

-. .-· 

L ' • • 

·. ;· . -.-·. 

·Enclosures,·· 
' ... •. 

,, .. .._, 

.. ·,. 

· ..... ,_ 
. .,,, 

·:., .. ' 

·:.• 

·:'' ~~ ·.· 

·;·, 

" . . . . . ~· . . . .'~ ·. :. ~ _.::. . . 
.· ... ': 

.. .... 
· ... · 

~<:~J 
_MitchellE. Daniels, Jr. 
Director 

: . t 

·,·, '··.····" ·.· 
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.. ~ 

. 11~ SS/ RM NO. 

WHITE HOUSE STAFFING MEMORANDUM 

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

Subject: ENROLLED BILL H~R. 4013 - RARE DISEASES ACT OF 2002 ~~:~~' 1~ fi(:.·E ~:zi:!}·Pr~re~:~rt 

ACTION FYI ACTION FYI 

VICE PRESIDENT ~ D HUBBARD 
·~·· D 

CARD ~ D IRASTORZA D D 

BARTLETT 
. ~ 

D JOHNSON D D 

BLAKEMAN o· D LINDSEY r7' D· 

BOLTEN ~ D MARBURGER· D D 

BRIDGE LAND ~ D MIERS D D 

CALIO ~ D RICE ~ D 

CONNAUGHTON ~.· D RIDGE ~· D 

DANIELS D ~·. ROVE ~ D 

FLEISCHER 
~· D .. SPELLINGS ~· D 

GERSON D D CLERK D .~ 
GONZALES JZ1 D D D 

HAGIN 

~ 
D D D 

HAWKINS D D D 

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

. BY 5:00 P.M., THURSDAY, OCTOBER 31,2002,WITHA COPYTOTHE STAFF SECRETARY. . . 

THANK YOU. 

RESPONSE: 

Harriet E. Miers 
Assistant to the President 

and Staff Secretary 
Ext. 62702 . 



•, 

-THE"DIRECTOR 

EXECUTIVE OFFICE OF THE PRESIDENT 
OFFICE OF MANAGEMENT AND BUDGET 

WASHINGTON, D. C. 20503 

October 30, 2002 

MEMORANDUM FOR THEPRESIDENT 

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 E~cellence. -

Agency Recommendations' 

Office of Management.and Budget Approval 

Department ofHealth 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 onethat afflicts fewer than 200,000individuals 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 wouid 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 ofresources 
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, m.edical 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 ofthe 
Office. The FY 2003 Budget requests $11.3 million for the Office. 



. ' . 

' '" .- " - ' 

H.R. 4013 also would authorize appropriations of$20 millionfor each ofFYs 2003-2006 
for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collapora.tion 
with other NIH institutes and centers, would enter ~nto cooperative agreements withand make 
grants to public or private nonprofit entities forregionaJ centers of excellence thatwould ~ondud 
research and training in the diagnosis, prevention, control, and treatment ofrare diseases. 
Federal supportof 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 disea~e regional centers of excellence .. 

Conclusion and Recommendations 
. ' ' . . 

HHS recommerids ·approval ofH.R. 4013. In its views ·letter on t~e 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 cnicial to . 
coordinate research on rare.diseases." 

. We join HHS in recommending approvafof H.R. 4013, .which passed the House by voice 
vote m1d the -Senate by unanimous consent . 

Enclosures 

1t-i<~J 
Mitchell E. Dani7ls, Jr. 
Director 

. -2-



10/31/02 THU 09:15 FAX 
.. 10/30/02 WED 18: 15 FAX 

SS/ RM NO . cren 
. WIDTE ~OUSE STAFFING MEMORANDUM 

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

Subject: ENROLLED BILL H.R. 4013 • RARE DISEASES ACT OF 2002 
.'l~·$;J.i ~ y~te n 

ACTION· FYI ACTION. FYI 
'. 

·~· VICE PRESIDENT r7 D HUBBARD· D 

CARD ~ D IRASTORZA D D 

·BARTLETT ~ D JOHNSON D D 

BLAKEMAN D D LINDSEY· 17' D 

BOLTEN .rL· D MARBURGER D D 

· BRIDGELAND ~ D MIERS D· D 

CALIO ~ D RICE ~ D 

. CONNAUGHTON ~- D RIDGE ~ D 

DANIELS D ~ ROVE ~. D 

FLEISCHER ~ 0 SPELLINGS ~ D 

GERSON D D CLERK D .~ 
GONZALES ~· D D D 
HAGIN 

•.·~ 
D D D 

HAWKINS. D D D 
. 

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: 
cJCLAAJ 

. . 

I u[ 3 a/ 6t S{rJJ 

HaTriet E. Miers 
Assistant to the President 

and Staff Secretary 
Ext. 62702 

14\001 
14!004 



10/3012002 WED05:50FAX . : . . 
14Joo1 

'• 
. '. 

SS/RM NO. '.• 

WHITE HOUSE STAFFING MEMORANDUM 

Date: 10-30·02 4:30 PM · ACTION/ CONCURRENCE i COMl\llENT DUE BY: 10·31·02 5:0tl~PM_; ~ i[:tAM$Ol 
. . . 

Subject: ENROLLED BILL H.R. 4013 • RARE OISEASES ACT QF 2002 
•,' 

'• 

ACTION FYI 

-~: .D 
· ACTlp~ FYl. 

VICE PRESIDENT . ~,, .Cl HUBBARD 
:.-" 

D D . CARD ~ D .IRASTORZA 

D 0 ~·· D 
.,. 

BARTLETT JOHNSON 

BLAKEMAN 0 D LINDSEY l£7' D 

BOLTEN 
·~· 0 MARBURGER. ·D D 

D D 

~- D 

~ 0 

~ 0 

~ 'D 

BRIDGELA D .·MIERS 

CALIO D RIC~ 

, CONNAUGHTON D RIDGE 

DANIELS D ·~ ROVE 

·~ :0 SPELLINGS 

.o I -~ 
FLEISCHER 

GERSON . ~;- ·o D ·CLERK 

GONZALES i!1 D Cl D 

D D 

D D 
HAGIN 

·~ 
o· 

HAWKINS D 

REMARK~: . .· . . 
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 ' 
Assist;!!ntto the President 

and Staff Secretary 
Ext. 62702 .. 

,;,: 

XVd iz: oz 03M i':OOZ/OC 101. 



n 10/31/2002 09: 25 FAX 20'2 456 2710 
10/30/2002 WED 06:05 FAX 

.. ' 

" 

; •-:· 

CEQ 

. SS/RNi NO. 
l 

WHITEHOUSE STAFFING MEMO;RANDUM 

141007 
~001 

Date: 10·30-02 4:30 PM . ACTION 1 CONCURREN~E/ COMMENT bUE BY: 10-31-02 5: oQlpnn; ~ 31_ Ai·t;$0£:. 

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

ACTION 

VICE PRESIDENT f;i': .. 

CARD ~-
BARTLETT ~-

BLAKEMAN 0 

BOLTEN·· -rL . 
BRIDGE LAND ~ 
CALIO ·-~ 

CON NAU GHTQiG11iiti11rJ-11111111ia11 •. .;!!1111f'J. ·.". ·-,. ..•. 

DANIEL$ ~-
FLEISCHER ~ ·. 
GERSON 0 

GONZALES.. Zf . 
HAGIN g __ 
HAWKINS: {J 

FYI 

D 

D 

.D 

D 

D· 

D 

D 

D 

~ 
D 

tJ 

·D· 

D 

D 

HUBBARD 

IRASTORZA 

JOHNS.ON 
!· 

LINDSEY: 

MARBURGER 

MIERS 

.RICE 

RIDGE 

ROV~ 

SPELLINGS · 

CLERK'.• 

, .. 

' l: 

ACTION 

rvl'·• 
D 

D 

12"' 
D .. · 

D 
··~ 

~-

-~ 

:~ 
0 

D 

D 

D 

FYI 

o· 
D 

D 

D 
.·o: 
·o. 
D 

.. D 

D 

D 

~-· 
D 

.D 

D 

REMARKS: . . . . i'. . . . 
·. PLEASE FORWARD COMN!ENTS DIRECTLY TOJ.IM JUKES, ){53458, FAX.X56148, . 

SY S:OO'P.M.,,THURSDAY,OCTOBER 31, 2002, WITHA COPY TO THE STAFF SECRETARY. 
THANK YOU. . . . 

RESPONSe: . ! . !II. . /'.. . . . . . v ·. · . 
~. ~ . ~ . 

(. 
~/~~ 

10 / ..30 /o-i:- · 
. : . 

. . Harriet E. r{i~rs 
· Assistant to the President 

and Staff Secn~ti.ry 
. ext.-'62702 .·· 

' . ·~ . 



l·.~-~/31(0.L...!i_;_~~. FAX _ .... _· _· 
. 10130/02 17; 08 FAX _ .. 

-· ---· -.... ._,_ ...... _. "··-·· . ----~--:--____,.---""-----'----~~. 

OPD ~ STAFF ASSISTANT [g]oo11001' 
@I 004 .. 

r . 

·ss/RMNO. 

WHITE HOUSE STAFFING MEMORANDUM 

Date: 10-30-02 4:30 !=3M ACTION I CONCURRENCE./ COMMENT DOE BY: 10•31-02 5:00 PM 

... ~ ~-- ·- ~- ·:{.; . ~ ,.;;:). ;l j?j'\ 
Subject: ENROLLED BILL H.R. 4013 • RARE DISEASES ACT OF 2002. 'Ol \Jq._; ~ ~;'" Pr.o..i"""'''"9 .. 

ACTION FYI ACTION FYI 

VICE PRESIDENT .~· D · HUBBARD ~ 0 
CARD '¥ D IRASTORZA D D 
BARTLETT ~ D JOHNSON tJ Cl 

BLAKEMAN tJ D LINDSEY .~ D 
BOLTEN 

\ 
~ D MARBURGER' D D 

~ 
r 

BRIDGELAND El MIERS D D 
CALIO ~· D RICE ~ Cl 

CONNAUGHTON ~ o· RIDGE ~ D 
DANIELS 'D ~ ROVE ~ D 
.FLEISCHER ··~ 0 

'"' 
a SPELLINGS 

GERSON 0 D CLERK ~ 
GONZALES ·.!f ·D ·D D 
HAGIN ~· .Cl [J Cl 
HAWKINS ·a.· D D 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTL y ro JIM JUKES, X53458, FAX X56148, 
BY 5:00 P.M., THURSDAY, ·OCTOBER 31 0 2002, WITH A COPY TO THE STAFF SECRETARY. 
THANK YOU. . 

RESPONSE: 

Harriet E. Miers 
Ass16tant to the President 

· and $taff Secretary 
Ext. 62702 . 



SS/RM NO, 

WHITEHOUSE STAFFING MEMORANDUM 

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

' - . ., ' ' ,,:. . 

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

ACTION FYI ACTION FYI 

VICE PRESIDENT ~·· D HUBBARD. ~l D 

CARD ~· D IRASTORZA D D 

BARTLETT ~· D . JOHNSON D 

BLAKEMAN D D LINDSEY 17' 
BOLTEN ~· D MARBURGER D 

BRIDGE LAND ~ D MIERS ~ D D 

CALIO· =t· 0 ·RICE ~ 
CONNAUGHTON D RIDGE ~. D 

DANIELS D ~· 
ROVE ~ .. D 

FLEISCHER ~ D SPELLINGS ~ D 

·GERSON D D CLERK D ·.~· 

GONZALES· · 11· D D 41 
HAGIN ~· D D D 

HAWKINS D D D 

REMARKS: 
PLEASE FORWARD COMMENTS DIRECTLY TO JIM JUKES; X53458, FAX X56148, 
BY 5:00 P.M., THURSDAY, OCTOBER3f, 2002, WITH A COPY TO THE.STAFF SECRETARY . 

• 1 THANK YOU .. 

RESPONSE: 

Harriet E. Miers 
Assistant to the President 

and Staff Secretary 
Ext.62702 
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.. ,THE DIRECTOR·. 
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EXECUTIVE bFii:"ICE OF THE PRESIDENT 
OFFICE OF,MANAGEMENTAND BUDGET:' 

, , WASHINGTON; o:c, zosfo . 

' '•. ' ·.·· .. · . 

. · : octob~r.:,30,: 2002 

· .. · ,~·· . 

MEMORANDUM FORTH;E PRESIDENT ·.···.: ··. 
;.. .... 

SUBJECT: · . Enroiled Bill H.R. 4013 :~Rare DJseasesAct of2002 
Sponsors-Rep: ShiinkusJR)lLand 54· cosponsors · 

· ....... 

. · .. i' '•. 

: Lastbayfor Actio~ 

November8, 2002 - Friday . 

. :,.· ... . . .. •:··.-

.·.,-y'·,• 

. .,_ ... ~ 

···. ··, 

·,_' 

.,_ . Establishes.an Office of Rare '.Qiseases within the.National lhstitUtf'.S of Health (NIH) arid ·. 
authorizes apptopri~tions for Rare Disease Regional Centers of Excellence. . . ·. . 

··: ~·: ·-:·· .. 

.. '. . . . .. -. . . . . 

. . ·: . 

Agency Recommendatfons ·· ·· ·· · 
·.,._ ..... 

.. } -, ' .... 
··'.;' 

·. : ,. .·_ 

Offr~e ofManagem·~nt and Budget .. 
-· . . . 

·Approval 

.·.-. Dep~ent of Health anclHwiian ser\fiCes (HHS) ._· -. . Approval 

biscussion .. ·· 
.: . . -.· .. 

H.R. 4013 would establish in statute an Office of Rare Diseases -within the Office of the · 
. Director of NIR (The Office was est~blished administratively in· 1993.) A rar~ disease is •···· ·.. i -

·defined as one that afflicts fewer than 200,000 individuals in the.United-States; According fo the·.·.· 
Food and Drug Administration, there are more thap 6~000 rare diseases affecting 20 to is million· ,._ 

.· people in the United States.·. The.Office wouid be responsible for recommending an agenda for : :: 
· • conducting and supporting re~earc)i; promoting coordinat~onand cooperation among NIH .. : > - •. , . , 

· .. :'.···institµtes and centers with regard to.rare diseases; promoting.the suf:ticient,~Hocation ofresour~es : 
within NIH for conducting and supportiilg research-·on rare diseases; and encouraging the . . .. 

: establishment of a: centralized clearinghouse for rare and: genetic disease information for u~e by:: : 
·. the public: medical profess.ionals, patients, and th~itfamil1es. H.R. 4013 would authorize .· .. · .. ~ ·:.. . , .. · 

·. appropriations of$4 million for each of FYs 2003-2006 to carry oufthe responsibilities·of the .. ·. · - · 
. Office. The FY 2003 Budget requests $1L3 milliorifor the Office. ., · · ·' 

... :--

. ' ' 
··'' 

·;··· 1'. 



H.R. 4013 also would authorize appropriations of $20million for each of FY s 2003.:2006 
for Rare Disease.Regional Centers of Excelle.nce. 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 fonding for rare disease regional centers ofexcellence. . 

Conclusion and Recommendations 

HHS rec9mmends approval ofH.R. 4013 .. In its views letter on the emolled bill, the 
.Department states that the emolled bill ''isconsistent with the Department's policies and 
objectives." For example, HHS notes that "NIH has been planning to establishSpecialized 
Research and Diagnostic Centers of Excellence for Ra.re Diseases,· which it considers crucial to 
coordinate research. on rare diseases." 

. ' ' ' ' •-' . 

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

~<~J 
Mitchell E. Daniels, Jr: 
Director 

· ·Enclosures 

-:2-
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. .. ·. S$/ .~"11 NO• . 

wa1TE uousE stAFFtNG l\lfEl\1oRANDUM ·· ,. ..· ·'· .. ' .. ' . . ... ' . . . 

. . Dato: 111,-30-02 4:30 PM · ;,..;Tll'.lN JCON(;-Cf!/ cC.MMetrrDUE BY: 1 D-31-112 S:QD PM • . . . . ·. . .. . . . ... . . .· . . . . . . . -~,..-..·~· _... ---'--"~--'-""'"'~ 

. $il~jacti r;NROU-l;D BILL H.R. 4013 - RARE tllSi.ASES' ACT OFZDD2 . . . 

VICE PRESl·DENT 

CARO·,. 
. . ' 

BARTLETT 

···· . ·. · BLA~EMAN· 

··BOLTEN 

·BRlDGEL~N·o· 

' ... , 

'CALIO I ' • • ' 

· CONNAUGHTON .. · 
. . ... 
·oAN.IELS ..•.. 

GERSON 

GONZALES 

HAC?JN 

HAWKIN~ 

. ACTl.ON rYI · 
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·. · .... ·· ·. . .· .•·· ·.· .. 1(1~J;U\; ~ ai ·, ~Ms;ri(~:H: 
ACTION · . FYI · . > '.: . 
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. . . 

. . 
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...... f , .. 
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··.· .. '.' '" .D ... . . -'---..;...,....o__..-.,..._~ ...... : .. Ol ...... _; d<: -< . 

. . . ·>":. 
··,. 

. .•. ·.. . : .·-:' 
' .. RE~ARKS: . · . . <. .::.- . . . . . . . . . ,. . • . ._ . · .. . . . · . . · 
. · Pl,.EASE FORW.ARP COMMENTS· D.IRECTLYT.0 JIM·JUKES, X53458;F~ X56148, .·.. .... . ... , 

. BY S::()OP.M.; THURSDA)',OC,TOBER .31~ 2QO*' WIT~ A, COPY TO THE ST~FF.SECRETAR~( / '.~ :•·· 
THANK YOU; . . . . < · < . . . ··. . ·. .-: .· . .·.. . · .:·. · ~ . . · · ·_. . <. , . < . ' : •r ;~ 
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\." c· .. - ' .. 

.-~· . 

,·. ': 

·.1.: 

170/£0 . d .· BS69 S6£ c0c . 
·,· ': . . 

',::. , .. : .. , 

··,· . 

.:·,_·.· 
...... • : . !" 

>·" ' 

t.·. 
····r··· 

. :: .. :.; _: ......... -.:.: _: ,~ .. --~ ' ....... i;·_,, .. :··· 
~·· 

. ·· Harri•t E. •Miers , .> . . , :: 
. ; , · . '. Ass\stant t~ the Pr.E;$i'd_ei'lt, 

. iltid SU&ff .Secre~ey·; 

·. ' .. . 

· · Ext. s~?~z " ,/ · ' :; 

~3;~d03 ·. 60 :Bi, ~~c~£~~1i 
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OFFJ.CE OF THE VICE PRESIDENT 

WA$HINGTON .· 

October 31, 2002 

202 456 0387 P~01/03 

. ··MEMORANDUM FOR JAMES JUKES 
ASSISTANT ])IRECTOR, OMB 

·FROM: JONATffANBuRK~ ·.... . ., 
DEPUTY S~AFF 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 above-referenced 
draft and has no objection Jo the President signing the enrolled bill. · 

· cc: Harriet Miers.· 
Staff Secre~ary 

.· .. ·• 

"· 

·.·.· 

.. . 
. \. 



. 'l 

\ .. 

. SS/RM NO. 

WHITE HOUSESTAFFING'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 

VICE. PRESIDENT ~-' D HUBBARD ~- D 

CARD ~- D IRASTORZA D D 

BARTLETT ~ D JOHNSON D D 

BLAKEMAN D .D LINDSEY 17' D 

BOLTEN flf D MARBURGER D D 

BRIDGE LAND ·.f~ D MIERS D D 

-CALIO ~ D RICE ~ D 

CONNAUGHTON ~ D RIDGE ~ D 

DANIELS D ~ ·ROVE 
~-

D 

FLEISCHER -·~ D SPELLINGS ···~· D 

GERSON D D CLERK ~ 
GONZALES t1 D D D 

HAGIN ·.·~ D D D 

HAWKINS D D D 

REMARKS:· 
PLEASE FORWARD COMMENTS DIRECTL YTO JIM JUKES, X53458, FAX X56148, . 
BY 5:00 P.M., THURSDAY, OCTOBER 31, 2002, WITHA COPY TO THE STAFF SECRETARY . 

. THANKYOU. . . , . . 

RESPONSE: 

((, ~ . 
~)J>~ 

' l"V'• Harriet E. Miers 
Assistant to the President 

and Staff Secretary· . 
. Ext. 62702 . 



.THE DIRECTOR. 

EXECUTIVE OFFICE .OF THE PRESIDENT 
OFFICE OF MANAGEMENT AND BUDGET 

WASHINGTON, D.C. 20503 

Octobet 30, 2002 

MEMORA..NDUM 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 ofHealth(NIH) and 
authorizes appropriations for Rare Disease Regional Cent.ers 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 Off}ce 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 
peoplein the United States. The Office wouid 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 ofresources 
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. 



" I.'· 

· ·.I-LR. 401~ also would authorlzeappropri£i.tions of $20 inillionfor each ofFYs 2003'-2006 • .. 
.. for Rare Disease Regional Centers of Excellence. The Office of Rare Diseases, in collaboration . 
with other NIH institutes and centers; would enter intb cooperative Jtgreements With arid inake . 

. · grants to 'public or private nonprofit entities.forregiona.l centers of excellence that would.conduct 
research' and training in the diagl1bsis', prevention, control; andtrea.trrient ofrare diseases. . 
·Federal support of the centers ofexceH~nce·)vould.belimited to five, years, butcould, tinder . .. 
c.ertain conditions, be .exterided.fot up to an additional five.years. The FY 2003 Budget does noi 
include.funding for rare diseaseregio11a.l centers of exceU~nce. · . 

··,:; 

t. Conclusiori aiid Recommendations 
.;, 

. . HHS recommengs approvaiofH.R.4013. In its views l;tteron the enr~lled bill, the 
... · .. Department states that the em.olled bill "is>consisterit with the Department's poli~ies ~d . . . . . .··· 
. . objectives.;, F OJ.' example, HHS ,notes tilat ''NIH has been planning to establishSpeciaiized ' . 

· . Research .and Diagnostic Centers of Excellence .for Rare Diseases, whi.chit. considers crucial to 
coordinate research on rare diseases." ·· · · · · ·· 

· .. :: ,-... .. ''" : .. , 

.· ·.': . ·. We join HHS.in rec9mrriending approval c>:fH.R~ 4013; which passed the House bJ.vol.ce 
v(:>te and. the Senate by unanimous consent . . . , . . . . . . ... ··•. . 

. ,;.,_ 

...... , 

.. :· 
...... ·· 

". 
. .~ . . 

· Mitchell E. Daniels, Jr. 
. Director 1 
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