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“Speeding the availability of drugs 
that treat serious diseases are in 
everyone's interest, especially 
when the drugs are the first 
available treatment or if the drug 
has advantages over existing 
treatments.” 
-FDA 
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Opportunity for Innovation 
Dissemination of information 

 

Where is the information 
showing the relationship of the 
biomarker to clinical benefit? 

Drugs@FDA: FDA Approved Drug Products Approved Drug Products 
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Opportunity for Innovation 

Communication between sponsor and FDA 
“The FDA’s determination of the acceptability of a biomarker 
endpoint for Accelerated Approval is occurring too late in the 
[drug development] process, typically at the End-Of-Phase 2 
meeting.” This poses a barrier to the development of and 
access to novel drugs for rare diseases that lack treatment. 

 

Kakkis ED, et al. Orphanet J Rare Dis. 2015 Feb 10;10:16 
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Potential Impact 

• Improved communication between FDA and 
Sponsor  

 
• Improved access to relevant information for 

clinicians making decisions about drugs 
approved through Accelerated Approval 



7 

The Process 

Systematic Literature Review 
FDA documents from Drugs@FDA 
Editorials 
 

Semi-structured interviews of relevant 
stakeholders of Accelerated Approval Pathway 
 
Thematic analysis 



Justification for the use of a 
surrogate endpoint 

Biomarker Variability Preclinical data 

Biomarker identity Drug class Literature review 

Thresholds used to define 
biomarker as a Surrogate 

Endpoint 

Impact of drug on 
biomarker from a 

biochemical perspective 

Retrospective cohort studies 

Has the surrogate endpoint 
described above been used for 

drug approval 

Disease pathway External Advisory Committee 
and Key Opinion Leader 

Surrogate Recommendations 

Justification of use of 
biomarker as surrogate 

endpoint 

Place of biomarker in 
disease pathway 

Committee request 

Context of use Biomarker impact on 
symptomatology 

Classification of Biomarkers 

Baseline measurement in target 
patient population 

Methods of measuring 
biomarker 

Themes 
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Theme 
Classification of Biomarkers 





Where is the information 
showing the relationship of the 
biomarker to clinical benefit? 

Drugs@FDA: FDA Approved Drug Products Approved Drug Products (screenshot modified by presenter) 
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 Key Points of our Proposal 

• Communicate the characteristics of a 
biomarker that may be used as a surrogate 
endpoint 

 
• The use of this form is voluntary  
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Questions? 
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Supplement A: Notice of Biomarker 
Use as Surrogate Endpoint for 

Accelerated Approval form 
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Supplement B: Instruction for Filling 
out Form for Surrogate Endpoint 

Evaluation 
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