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September 16, 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 Majority Leader Schumer, Minority Leader McConnell, Chairman Sanders, and Ranking Member
Cassidy,

On behalf of the 30 million Americans living with a rare disease, the undersigned 197 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
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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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