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The Honorable Charles E. Schumer
Majority Leader

United States Senate

Washington, D.C. 20150

The Honorable Nancy Pelosi

Speaker of the House

United States House of Representatives
Washington, D.C. 20515

The Honorable Patty Murray

Chair

Committee on Health, Education, Labor &
Pensions

United States Senate

Wiashington, D.C. 20510

The Honorable Frank Pallone

Chair

Committee on Energy and Commerce
United States House of Representatives
Washington, D.C. 20515
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The Honorable Kevin McCarthy
Minority Leader

United States House of Representatives
Washington, D.C. 20515

The Honorable Richard Burr

Ranking Member

Committee on Health, Education, Labor &
Pensions

United States Senate

Washington, D.C. 20510

The Honorable Cathy McMorris Rodgers
Ranking Member

Committee on Energy and Commerce
United States House of Representatives
Washington, D.C. 20515



Dear Congressional Leadership,

The 126 undersigned organizations, representing or treating patients impacted by rare diseases and other acute
or chronic health conditions, urge you to include a full five-year reauthorization of the programs listed in
Section F, Title V of H.R. 6833 (‘Title V programs’), of the Continuing Appropriations and Ukraine
Supplemental Appropriations Act of 2023 and to include important reforms to the Federal Food, Drug and
Cosmetic Act (FFDCA) in any end-of-year legislative package under development. Provisions to strengthen the
accelerated approval pathway, clarify and codify the scope of orphan drug exclusivity, and expand clinical trial
diversity have broad bipartisan support and would directly benefit the rare disease community, but were left out
of H.R. 6833. Our organizations are deeply concerned about the impact a delay in the long-term authorization -
or a lapsed authorization of the Title V programs - and a failure to address the necessary legislative changes
referenced above will have on patient access to critical, often life-saving products.

Our organizations are grateful H.R 6833 included a full five-year reauthorization of several critical FDA user
fee programs, which are vital to help ensure patients gain access to essential therapies and diagnostic tools in a
timely manner. However, we are alarmed that Congress included only short-term reauthorizations, through
December 16, 2022, of the Orphan Products Grants Program, the Best Pharmaceuticals for Children program,
and many other critical programs listed in Title V. These programs have a history of strong, bipartisan support,
and have been instrumental for rare disease product development. The Orphan Products Grants Program, for
instance, has supported rare disease product development since 1983 and facilitated the approval of more than
80 medical products.! Similarly, the Best Pharmaceuticals for Children program has been instrumental in
closing knowledge gaps about the safe and effective use of pharmaceuticals in pediatric populations, including
generating clinical evidence supporting the safe use of common medications to treat serious medical conditions
such as seizures and infections in young children.? The Title V programs also include the Humanitarian Device
Exemptions Program and the Pediatric Device Consortia Grants Program, which provide vital incentives to
facilitate the development of medical devices for pediatric populations and other small populations®. Without a
full five-year authorization, many of these Title V programs would either end or risk being significantly
disrupted, doing a tremendous disservice to our patient communities.

We are equally concerned that by passing “clean UFAs,” Congress left rare disease patients behind and missed
an important opportunity to advance additional critical and timely improvements to our nation’s system for
overseeing medical products that would have historically been paired with UFA reauthorizations. For example,
provisions to strengthen the FDA’s accelerated approval pathway to ensure patients and their providers can
continue to have confidence in the safety and effectiveness of drugs approved under the pathway have strong
bipartisan support and were included in both the latest version of the Food and Drug Administration Safety and
Landmark Advancements (FDASLA) Act (S. 4348) and the House-passed Food and Drug Amendments of 2022
(H.R. 7667). Additionally, both bills included language to clarify the intent of the Orphan Drug Act and codify
the FDA’s long-standing interpretation of how to appropriately award orphan drug exclusivity so that it remains
an effective incentive to drive continued research into safe and effective treatments for harder to study patient

Ihttps://www.fda.gov/industry/medical-products-rare-diseases-and-conditions/orphan-products-grants-program
2 https://www.nichd.nih.gov/newsroom/news/083122-pediatric-labeling-diazepam-clindamycin
3 https://www.fda.gov/media/74307/download



populations. Furthermore, both S. 4348 and H.R. 7667 contain provisions to improve timely patient access to
generic drugs and biosimilars important to supporting rare disease patients access to affordable therapies.

The House and the Senate bills also included distinct provisions that have broad support and warrant cross-
chamber consideration. For instance, H.R. 7667 includes provisions that would go a long way toward ensuring
increased representation of diverse and underserved populations in clinical trials, although similar provisions
were not in S. 4348. Conversely, S. 4348 includes crucial provisions to improve the FDA’s oversight of the
infant formula and medical food market to ensure continuous supplies of infant formula and medical foods are
available, though these provisions were not in H.R. 7667. Our organizations believe that these changes and
improvements to the FFDCA are necessary and would ultimately benefit the patients our organizations
represent and serve.

We urge Congress to include a full, five-year reauthorization of the critical programs in Section F, Title V of
H.R. 6833 and ensure critical changes to the FFDCA are included in any end of year legislative package. For
more information, please contact Heidi Ross, Vice President of Policy and Regulatory Affairs for the National
Organization for Rare Disorders, at HRoss@rarediseases.org.

Thank you for your consideration,

National Organization for Rare Disorders
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Fibromuscular Dysplasia Society of America
FOD (Fatty Oxidation Disorders) Family Support
Group

Foundation For Sarcoidosis Research

Free ME from Lung Cancer

Friedreich’s Ataxia Research Alliance (FARA)
Gaucer Community Alliance

Glutl Deficiency Foundation

Gorlin Syndrome Alliance



Grin2B Foundation

Hepatitis B Foundation

Hydrocephalus Association

Hypersomnia Foundation
HypoPARAthyroidism Assoc.

IgA Nephropathy Foundation
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Pulmonary Fibrosis Foundation

Pulmonary Hypertension Association
RASopathies Network USA

Reflex Sympathetic Dystrophy Syndrome
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