
 

 

 

2026 Policy Priorities 
 

Encourage Innovation to Bring New and Better Therapies to Patients  

NORD advocates for the development of safe and effective therapies, supporting policies that 

strengthen rare disease research, improving regulatory approval processes and protecting incentives for 

the development of rare disease treatments. 

 
Key priorities include: 

• Maintain vital incentives for rare disease drug development including protecting the intent and 

integrity of the Orphan Drug Act in awarding orphan drug exclusivity. 

• Ensure that the patient voice is a critical part of the reauthorization of the Prescription Drug 

User Fee Reauthorization Act, including by promoting patient-centric rare disease therapy 

development through expanded patient engagement opportunities and supporting cross-cutting 

rare disease efforts such as the Rare Disease Innovation Hub. 

• Advance policies that support predictable and flexible regulatory pathways to encourage 

development and facilitate more timely development of rare disease therapies. 

• Protect crucial resources for National Institutes of Health (NIH) and Food and Drug 

Administration (FDA) to advance discovery and development of rare disease therapies. 

 

Promote Access to Therapies for Patients with Rare Diseases by 
Eliminating Barriers to Care  

NORD believes that all rare disease patients should have access to affordable, high-quality, 

comprehensive health care that best meets their complex medical needs. NORD will work to eliminate 

financial and systemic barriers that prevent rare disease patients from accessing such care and 

treatments. 

 
Key priorities include: 

• Support extension of enhanced premium tax credits. 

• Protect patient access to Medicaid services by engaging in implementation of Medicaid changes 

under recent federal law at the state and federal level. 

• Continue to ensure drug pricing efforts related to the Inflation Reduction Act (IRA) and 

pharmacy benefits managers (PBM) reform truly benefit rare disease patients through reduced 

out-of-pocket prescription drug costs, while appropriately protecting continued innovation. 
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• Continue to expand the Rare Disease Advisory Council (RDAC) network to new states and 

optimize existing councils to give the rare disease community a voice in state government. 

• Monitor and support state legislation addressing access barriers including prescription drug 

costs, coverage requirements, and utilization management practices 

• Support rare disease pathways that meet robust evidentiary standards for regulatory approval 

to facilitate more predictable reimbursement and access. 

 

Support Timely Diagnosis in Patients with Rare Disease to Enable Care 
and Treatment 

It can take years to get an accurate rare disease diagnosis. Such delays take a significant toll on an 

individual’s physical and mental health and contribute to significant financial burdens. NORD will 

advance policies that enable earlier, more accurate diagnosis so patients can access appropriate care 

and emerging treatments without delay. 

 
Key priorities include: 

• Support newborn screening for rare disorders by advocating for return of a clear, transparent, 

and evidence-based process for qualified experts to evaluate and recommend conditions for 

inclusion in the Recommended Uniform Screening Panel (RUSP). 

• Expand and strengthen robust, well-funded newborn screening programs to every state and 

territory. 

• Promote policies that support reimbursement for genetic testing and access to genetic 

counselors. 

• Advance identification and regulatory acceptance of diagnostic and predictive biomarkers for 

rare diseases. 

• Advocate for policies that remove insurance barriers to specialists during the diagnostic journey. 

 


