
 

Reinforce the Accelerated Approval Pathway for 
Rare Disease Patients 
 

Established in 1992 and codified by Congress in 1997, the U.S. FDA’s accelerated approval pathway 
allows drugs for serious conditions that address an unmet medical need to be approved based on a 
surrogate endpoint — a measure that is reasonably likely to predict a clinical benefit, which is then 
confirmed in postmarketing studies.  
 

In 2012, Congress recognized the significant challenges of developing treatments for rare diseases 
and reinforced the availability of this pathway for bringing treatment options to rare disease 
patients. Accelerated approval can be credited with transforming the trajectory of deadly diseases 
such as HIV and many cancers while upholding the Agency's high standards for safety and 
effectiveness.  
 

The pathway has proven successful in enabling earlier patient access to novel treatments, the vast 
majority of which have converted to traditional approval upon confirmation of clinical benefits (78% 
of accelerated approvals prior to 2020).i 
 
  

FDA’s accelerated approval pathway recognizes that a “one-size-fits-all” traditional model 
cannot always work - especially for serious and unique rare diseases with very small population 
sizes that progress slowly and variably from patient to patient. Therapies approved through the 
accelerated approval pathway are subject to the same stringent, evidence-based clinical review 
and approval standards as the traditional FDA approval process, as well as to post-approval 
confirmatory trials to verify clinical benefit.  

 

The Promise for Rare Diseases  
● Although biopharmaceutical researchers have made tremendous progress, more than 90 

percent of rare diseases still do not have any treatment options, representing a significant 
unmet need for patients.ii 

● Rare diseases present specific challenges that, in some cases, make it difficult to conduct 
trials using clinical measures as endpoints.  

● While less than 10% of all accelerated approvals in its 30-year history have been used for non-
oncology rare diseases, today’s increased understanding of rare disease and advances in 
targeted drug development are making it possible to realize the promise of accelerated 
approval for rare diseases where current treatments don’t yet exist.iii 

https://everylifefoundation.org/wp-content/uploads/2022/04/Accelerated-Approval-Works-One-Pager.pdf
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We Support Policy Proposals That Recognize the Potential of 
Rare Disease Therapies and Reinforce the Role of the 
Accelerated Approval Pathway  
 
As policymakers consider policy proposals that impact the trajectory of rare disease treatment 
development, we advocate for an approach that considers the unique circumstances of rare 
diseases and caution against punitive measures that could chill future investment and development 
of rare disease treatments. 
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