A Tre CHILDREN'S

CU re e MEeDIcAL RESEARCH d)Sat
C M D h / FounpatioN, INGE g bcz

..x.\va' o N Parent ADRENAL P 3
,./:.t."- NORD SN @nGsnn Mups?df;rt @INSUFFICIENCY %

E}E:téc;:l:\[?srg?;;z;tion -,“Y(i- yS rophy UNITED (‘ i 1mong s - ’ e A (ad?‘?ﬁﬂ’ 1;[;«"9 fcundamon
Advocates for Medicall @E DDX3X ALP HA-1 }’
& ek\ Y
Fragile Kids NC s M A FOUNDATION ange|n1an i FOUNDATION (___,S_QRED
BO R N“A HE R 0 NOFtheB.St = www.CuredFoundation.org

MM GBS|CIDP

resesner fhong
J .. Foundation International ELLS s
\“ cor mc er l—" e

)& COO eys Anem]a ‘ﬂi&ﬁnn‘s Wish EVE RYL[ FE INTERNATIONAL N :

Lunding the Fight Agains: Tha wmmin FOUNDATION -
C:URE MDS foR R
@ mwmmN FMA Fried

Research
Fou ndmion

CFRICystlcFlbross m- Desmoid
Research Institute Tumor
e

Friedreich’'s
axia

¢ Muscular
) o, LGMD2D
MDA =, &C LGMD HAE'.))  roundation “ LG DA o _
H@PE FOCUS e o LGS FOUNDATION N S TESS
ASSOCIATION - LI ’ S
n Flghtlng H.AR.D. Foundation A E. Atisain NF; - W mm = National Ataxia }-,‘\‘[g —
Seeing a cure for blindness - e — upeq u|ty Foundation == | forSiC1345 Eptepsy
GAUCHER %% 3 Rare Disease W"“"‘ <\ nﬁh DION FOUNDATION
COMMUNITY §§ /\/ ™ h ldmns Fourddxon
\ atiance WK Innovations Institute MEDI13L
o Rore Disease Dny Is Every Day RARE e
7 PROJECT ALIVE RABERIsEASE & rouncarion ~ OfIME me., The Caring Board CURELGMD2i
! KrabbeConnect MSS-USA P CHRIAAS S
iBlousrare @ & KrabbeConn, au . 4 SR areoud 2 oo 4& P{:D
uNDATIO [ AR,
DYSAUTONOMIA 'rast oo fbun atwn (‘AM\A\' I“()U\'I)XI‘I()N & ADCYE

Prader-Willi et T
SYNDROME ASSOCIATION | USA NADF ' The Mast Cell Kabukl N ‘ UN[TEDM&D p, Hemophllla Foundation *
i s ematamna e @ Disease Society ~svworome [ FOUNDATION 7 ) of Southern California Glu'rl Bonth Syndrome
Defidency  Foundlation

National Adrenal Diseases Foundation
MULTIPLE SULFATASE DEFICIENCY
Foundation

Z0° nniversas
@ ':'g.é%’wsy REIN IN 2 E4SINOPHILIC & RARE DISEASE 1
pr'sms COFERATIVE Congenital =i u reo
T AT . o Wake Up Narcolepsy ﬁ I .

ested Hyperinsulinism
3 VP unity. hape. strength, love.

FOUNDATION
TO FIGHT

International

FOUNDATION
COWO Um FOUNDATION natienal PKU alliance

M 9 mu::m— Inérease Mmﬂ(}ﬂ, Smith- um s syn ltOX o o m
FOUNDATION HyperigM
» . CURE MITO \! ACT\ON\gDupucmow,po{adagon Alllartl:ce

/1 A

MALDS i Sanfilippo Sud R% Hypertophie e GLCBAL
) NTSAD Cer;lomypopaﬂw x 28
F I‘ p National Tay-Sachs & <§L— gkﬂﬂggaﬁ"!“ﬂ Resasreh £ Foundarion o ‘ﬁ’;ﬂﬁ:}:"fﬂ P —— h ‘ ! U RFEéE ARCHF Lﬁ J [
A 1% A Y l Yearning to Cure IRF2BPL
The
CV

Allied Diseases Association e e o ' *:DH Illtel‘llatlwllal . Heans e
T Foundation As %

[ .
L 250!

RARE DISERSE

"INETWORK |\ 2 74\ g
RENEGADES AMERICA nLnEnsnloMom KRF1A Hﬁ MELLIE | R \‘? KDVS pheoparq
‘SUPERIOR MESENTERIC AR’TERV S\’ND WOME Yy lo cur -, we e,
RrAFARE pediatric HETEROTAXY i R e e
a®p NATIONAL ) y | FOUNDAT
+ e BLEEDING DISORDERS §STXBP1d\sorders : g::'mi‘gmf*:ﬂfxgzz @EEQ: ]!""“ﬁ_ .
4% [GUNDATION DY nce + LWve = Cure — [ ) foundatlon HISTIOCYTOSIS-/\‘. ASSOCIATION‘ ,
5 Formerly NHF Y AY A Fighling ,',.)r 7 b d O
& RETT AH E Y People Al iy . Progena :
e " Foundatin S ) memm'
Pyneroxal o Syndmme ‘“FA ] CLREEHE ANSENS ~ © syndrome &
3 ool foUNGETON QAUMLA=S LN AR ANSENS 2, Reiheome Rt '&
Hycrocephalus D)
: : ® CSNK2 AL 5NRCURE FQUNDATION A e PROJECT P GABAL - Rare
W% IH'EAIBI FOUNDATION l’FDeﬁcien_cy End I J., CMT
. Q 'l' MITDCHONDRIAL IOk df Foundation . SIIeander ALLIANCE gesezarctlx
wE QU §8 tomtmy Wi nnpdf CHRUNB] cacuun Sipren™ ===
E rOUNDATIO'\'gY H..,..o.na.a“ CMTA 0 FOUNDA;;:ON ALPAIN 3 (\/
T oR\smoRone [.',5‘5 NOPE IVIA D = OO FFmemes  caMBINED

ct collaberate - accelerate

JounBATION _fomariomasZe s f 0
o il s CaringForRare na Hone. Getting - e Kidney N hope4bridget S
! R W Elnd, Y RASOPATHIES NETWORK O) BD RA
J% ’,—-‘\ Trit BonneL FounpaTion: W& %\ Dup'|5q§ & C} foundation
M LIVING WITH CYSTIC FIBROSIS A”'qnce

- Batten Disease Advocales for o Curs
2 R AU M L @ JRESEq SPINA BIFIDA ¢
. i 5 ;
M SUD M“M %\ ASSOCIATION @ o

: | | To cUREC Emooweredbyhope . McGo,
- | | i s 4 Cp
% Ure o $.Cure KCNH1 Howg Fun . Organic Acidemia %
VASCULITIS W) FouAdomen MUCOLIPIDOSIS DUNDA'“D Association
FOUNDATION, mwg,w B\ SUDDEN UNEXPLAINED /Vlg I I_TVPE Barion /f“@ Ehlers \ £
R DEATH IN CHILDHOOD R Foundation / SDCIEW KAT&9 qiea;:?°°°
SHANK

@ CureAlS

Pulmonary Hypertension Association

Aion

t
T

SYNGAP

HEALING H M rare g, Foundation
ayb) village
% FAURDATICN h. T ijDﬂTION

esearch, Inc,
1779 MASSACHUSETTS AVENUE NW, SUITE 500 7 KENOSIA AVENUE 1900 CROWN COLONY DRIVE, SUITE 310
WASHINGTON, DC 20036 DANBURY, CT 06810 QUINCY, MA 02169
T202-588-5700 = F 202-588-5701 T203-744-0100 = F 203-263-9938 T617-249-7300 = F 617-249-7301

rarediseases.org ® orphan@rarediseases.org

NORD® and its icon are registered trademarks of the National Organization for Rare Disorders. NORD is a registered 501(c)(3) charity organization.


https://nam02.safelinks.protection.outlook.com/?url=http%3A%2F%2Fwww.sdsalliance.org%2F&data=05%7C02%7Cssowmiyanarayanan%40rarediseases.org%7Cc7a80a21120e4c7a6f7c08dca04d25ba%7C035efc06111d43d7946e8319486d4006%7C0%7C0%7C638561500447947439%7CUnknown%7CTWFpbGZsb3d8eyJWIjoiMC4wLjAwMDAiLCJQIjoiV2luMzIiLCJBTiI6Ik1haWwiLCJXVCI6Mn0%3D%7C0%7C%7C%7C&sdata=23X3JZiRURbQlocx%2FOqci2INsbalmqfUMKAsMySbIOo%3D&reserved=0

July 22, 2024

The Honorable Chuck Schumer The Honorable Mitch McConnell
Majority Leader Minority Leader

United States Senate United States Senate

322 Hart Senate Office Building 317 Russell Senate Office Building
Washington, D.C. 20510 Washington, D.C. 20510

The Honorable Bernie Sanders The Honorable Bill Cassidy
Chairman Ranking Member

Committee on Health, Education, Labor & Committee on Health, Education, Labor &
Pensions Pensions

United States Senate United States Senate

322 Senate Dirksen Office Building 455 Senate Dirksen Office Building
Washington, D.C. 20510 Washington, D.C. 20510

Dear Senate Majority Leader Chuck Schumer, Senate Minority Leader McConnell, Chairman Sanders,
and Ranking Member Cassidy,

On behalf of the 30 million Americans living with a rare disease, the undersigned 191 organizations write
in support of the Creating Hope Reauthorization Act of 2024 and urge the Senate’s swift passage of this
critical legislation before the Rare Pediatric Disease Priority Review Voucher program’s current
authorization expires September 30, 2024. As many as half of the individuals living with a rare disease
are children and this program offers a crucial incentive to develop therapies for this particularly
challenging to study patient population living with devastating and often life-threatening rare conditions.

Since its creation by Congress in 2012, the Rare Pediatric Disease (RPD) Priority Review Voucher (PRV)
program has helped spur rare disease drug development in pediatric populations and brought therapies to
market for children affected by almost 40 rare diseases.! Many of these diseases lead to death or
debilitating illness before the children reach adulthood, and almost none had any safe and effective FDA -
approved therapies on the market before the program began. Additionally, more than half of all RPD PRV
designations occurred in the last four years,” showing the program is fostering drug development where
significant unmet therapeutic needs currently exist.

With more than 95% of rare diseases still lacking an FDA approved therapy, the RPD PRV program is
important to our patient communities and a source of hope for the future development of safe and effective

! See: https://rarediseases.org/wp-content/uploads/2024/05/NORD_PRV-white-paper_FINAL.pdf

2 Mease, C., Miller, K. L., Fermaglich, L. J., Best, J., Liu, G., & Torjusen, E. (2024). Analysis of the first ten years of FDA’s rare pediatric
disease priority review voucher program: designations, diseases, and drug development. Orphanet Journal 0fRareof Rare Diseases.
https://link.springer.com/epdf/10.1186/s13023-024-03097

X03097x?sharing_token=tVsdcxtCuGoLKGG18G02G_BpE1tBhChnbw3BuzI2ROyCDnBKI_41BmSn3a_5qrzjgrL XsufvRX0wtQEn
ALK9Za3v_5zjNTa3quYxLJOLC4dnFV94TbHqovQ6Vg5sRWu7_u2v1C7hl6jaeLChSswkyx4eSqy_KycTNiel gfGSM



https://link.springer.com/epdf/10.1186/s13023-024-03097

treatments. This program’s authorization ends on September 30, 2024, and without a timely reauthorization,
FDA will no longer be allowed to initiate the process necessary to issue new rare pediatric disease PRVs.

Therefore, we urge swift passage by the Senate of the Creating Hope Reauthorization Act to avoid a lapse
in this critical program’s authorization. We look forward to working with you on this important issue. For
any questions or concerns, please contact the National Organization for Rare Disorders’ Karin Hoelzer,
Senior Director of Policy and Regulatory Affairs, at khoelzer@rarediseases.org or Hayley Mason, Policy
Analyst, at hmason@rarediseases.org. Thank you for your consideration.

Sincerely,
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