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The EveryLife Foundation for Rare Diseases is a 501(c)(3) nonprofit, nonpartisan organization 
dedicated to empowering the rare disease patient community to advocate for impactful, science-
driven legislation and policy that advances the equitable development of and access to lifesaving 

diagnoses, treatments and cures.



Reduction & elimination 

of the diagnostic odyssey.

Elimination of Dx Odyssey

Development of expedient 

pathways for discovery 

and approval for effective 

therapies for rare 

diseases

Therapy Development

EveryLife Policy Priority Areas

Everything we lead, support, monitor, and engage in maps to one or more of these 3 policy areas

Access to approved 

therapies 

Access & Value



Rare Disease Legislative Advocates (RDLA) 
Programs



EveryLife Policy Resources

www.everylifefoundation.org
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• Led to new treatments for 40 
rare diseases

• No cost to the tax-payer

• Program expired on December 
20, 2024, despite reauthorization 
from the House.

Reauthorize the Rare Pediatric Disease 
Priority Review Voucher Program 



• Improve consistency and 
predictability of therapy 
approaches

• Building FDA regulatory science 
expertise in rare disease

• Advocating for resources for the 
RDIH
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Support Successful Implementation of the 
Rare Disease Innovation Hub at the FDA 



• Address concerns 
surrounding limited 
natural history data 
and costly clinical 
evaluations

• Enable pipelines for 
small populations to 
thrive
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Developing Treatments for Ultra-Rare Diseases 



Support policies that facilitate timely and affordable 
access to approved therapies

• Eliminated time and cost as patient access 
hurdles

• Ensure access to appropriate FDA-approved 
therapies without burdensome and 
medically inappropriate utilization 
management requirements

• Enable innovative payment models that 
incorporated meaningful community input
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NATIONAL RARE 
DISEASE COMMUNITY 
PETITION

More than 11,000 rare disease advocates from all 
over the country signed a petition urging Members 
of Congress to encourage the President and the 
Secretary of Health and Human Services to 
support strong federal agency leadership, 
sustained biomedical research funding, and 
public health agency resources.

The petition was delivered to every member of 
Congress on February 28 in honor of Rare Disease 
Day.

SCAN TO 
SIGN PETITION
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2024 - State Policy Activity
Submit Testimony/Letter

Meeting w/ Legislator

Share Policy Resource w/Legislator

Bills Tracked Testimonies 
or Letters  
Submitted

Legislators 
Contacted

Meetings with 
Legislators

420 28 18348



Some states screen for 
fewer than 

30 diseases.

Other states screen for 
more than 

60 diseases.

An Example of Advocacy Activation in Action

Programs vary widely by state, leading to disparate health outcomes. 

We must do better.

State Newborn Screening Legislation



2025 State Policy Accomplishments

Virginia HB 1782- signed by the governor
• > 95,000 babies born in VA Annually
• > 300 annual diagnoses through newborn screening
• > 40 patient organizations supported

52% of babies are born in RUSP aligned states
• Virginia is the 13th state to become RUSP aligned
• RUSP alignment = timeline, funding, and screening 
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Newborn Screening Across The States

The Advisory Committee on Heritable Disorders  

➢ A list of disorders recommended for states to 
screen 

➢ 37 recommended conditions

➢ Provides RUSP recommendations to the Secretary 
of Health and Human Services. 

➢ Doctors, scientists, parents, ethicists, and 
researchers 

Evidence Development By 
Patient Groups

RUSP Nomination to Secretary’s 
Advisory Committee on Heritable 
Disorders in Newborns & Children

Nomination package 
review by Evidence 
Review Committee 

Review by 
Advisory 
Committee

If not approved, continue to 
build evidence

If package not accepted, 
continue to build evidence

Approved! 
Await HHS Secretary Approval

The Recommended Uniform Screening Panel 
(RUSP)



Restore & Modernize our Nation’s 
Newborn Screening Ecosystem

• Restore & Update Mechanism for 
Evidence Review of new Conditions to 
RUSP

• New policies are needed that address:
• The role of genetic testing

•  increased investment in public health 
infrastructure, education, and data systems 
to support a more effective and equitable 
newborn screening program 
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8 FOCUS AREAS
BY THE NUMBERS



Accelerated Approval Resources
https://everylifefoundation.org/accelerated-approval/

https://everylifefoundation.org/accelerated-approval/


Thank you!

“Surround yourself with relentless humans.

People who plan in years, 

but live in moments.

Who work like savages, 

but create like artists.

People who know this is finite,

 and choose to play infinite games.

Find people going up mountains.

Climb together.” 
 ~ Original Source Unknown, Loved by Annie
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