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Support Steady and Robust Leadership, Federal Biomedical Research Funding,
and Public Health Agencies

Background

The removal of key experts at Health and Human Services Agencies, including NIH, FDA, and CDC —
paired with recent executive orders on federal funding and public health agencies -- will have a
devastating and lasting impact on programs vital to thousands of rare disease communities.

Our commitment to a strong biomedical research ecosystem is working! Federal funding has
spurred innovative collaborations, built infrastructure to attract private investment, and helped
ensure our nation remains a global leader in working to cure diseases that were once deemed too
rare or complex to treat.

For children and adults with rare diseases, even a momentary pause in funding for these programs
or agencies has devastating, life-altering consequences.

There are opportunities to improve and build upon our current federal commitment to the vital role
our biomedical ecosystem and federal health agencies play in protecting and advancing the health

outcomes of all Americans. The desired change can only be achieved through a transparent,
deliberative, and inclusive process.

Rare Disease Community & Federal Agencies — A Critical Partnership

While many federal agencies support our rare disease ecosystem, the federal agencies housed within
the Department of Health and Human Services (HHS) are essential to supporting timely diagnosis,

conducting research, enabling therapy development, facilitating insurance coverage, and implementing
public health programs.

Among the federal agencies that support our community are:

National Institutes of Health (NIH)
NIH funds and conducts innovative rare disease research, without which rare diseases would go
unstudied, and therapy development would be nearly impossible.

e The NIH is comprised of 27 Institutes and Centers — most rare communities are served by
multiple ICs!; the National Center for Advancing Translational Sciences (NCATS) is considered
the ‘rare disease home’ at NIH

e NCATS speeds the development of new rare disease treatments by focusing on scientific
approaches that can address more than one disease at a time

e NCATS has contributed to 55 Investigational New Drugs and 14 approved therapies?

1 U.S. Department of Health and Human Services. (n.d.). List of Institutes and Centers. National Institutes of Health.
https://www.nih.gov/institutes-nih/list-institutes-centers

2 Rutter, J. (2024, September). NCATS Council letter Sept 2024. National Center for Advancing Translational Sciences.
https://ncats.nih.gov/sites/default/files/2024-09/NCATS-Council-letter-September-2024-508.pdf
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Food and Drug Administration (FDA)
FDA partners with rare disease researchers, patient communities, and medical product developers to
advance the science of the design, development and evaluation of safe and effective treatments.

e FDA Centers with rare emphasis include:
e Center for Drug Evaluation and Research (CDER)
e Center for Biologics Evaluation and Research (CBER)
e Center for Devices & Radiological Health (CDRH)
e The newly established Rare Disease Innovation Hub works across both CDER and CBER.
e Within FDA, the Office of Orphan Products Development (OOPD) implements the Orphan Drug
Act and oversees a grant program whose research has led to over 80 FDA-approved therapies.?

Centers for Disease Control and Prevention (CDC)
CDC works to protect public health by conducting research, providing health information, and
responding to health threats.

e CDC leads national newborn screening (NBS) programs through the development of testing
materials that enable states to identify several rare diseases at birth and maintain quality in
state NBS laboratories through technical support and training.

e The National Center for Health Statistics (NCHS) maintains the International Classification of
Diseases (ICD) codes, the system used to record medical conditions, symptoms, and injuries,
unlocking access to treatment reimbursement and advancing rare disease research.*

e The National Center for Birth Defects and Developmental Disability (NCBDDD) supports efforts
to promote newborn screening and healthy outcomes for individuals with pediatric-onset
conditions.®

e CDC maintains national epidemiology and surveillance programs for numerous rare disease
communities, including surveillance for muscular dystrophies and Spina Bifida through the
National Center for Birth Defects and Developmental Disability (NCBDDD) and the National ALS
Registry through the Agency for Toxic Substances and Registries (ATSDR).

Contact Information

For further information, please contact Jamie Sullivan at jsullivan@everylifefoundation.org and Dylan
Simon at dsimon@everylifefoundation.org.

3 Office of Orphan Products Development (OOPD). (n.d.). Grants awarded. Orphan Products Grants Awarded.
https://www.fda.gov/industry/orphan-products-grants-program/orphan-products-grants-awarded

4 Centers for Disease Control and Prevention. (n.d.-b). Classification of Diseases, Functioning, and Disability: ICD-10-CM. Centers for Disease
Control and Prevention. https://www.cdc.gov/nchs/icd/icd-10-cm/index.html#:~:text=CDC’s%20National%20Center%20
for%20Health,develop%201CD%2D10%2DCM.

5 Centers for Disease Control and Prevention. (n.d.-a). About NCBDDD. Centers for Disease Control and Prevention.
https://www.cdc.gov/ncbddd/about/index.html#:~:text=Focus-,Saving%20babies%20by%20studying%20and%20addressing
%20the%20causes%200f%20birth,possible%20and%20every%20child%20thrives.
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