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Eligibility to PRIME scheme  
Based on Accelerated Assessment criteria 

1 

Medicinal products of major 
public health interest and in 
particular from the viewpoint 
of therapeutic innovation. 

 Potential to address to a significant extent 
an unmet medical need  

 Scientific justification, based on data and 
evidence available from nonclinical and 
clinical development 

No satisfactory method or if 
method exists, bring a major 

therapeutic advantage 

Introducing new methods or 
improving existing ones 

Meaningful improvement of 
efficacy (impact on onset, 

duration, improving morbidity, 
mortality) 



One year of PRIME 

108 requests received 
 > 90 eligibility requests assessed 

> 50% from SMEs 
20 granted* 

2 

+ 
Publication of 
report and list 
of products on 
EMA website 

22% success rate 

http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_000660.jsp&mid=WC0b01ac058096f643


3 

70 % in 
oncology/haematology 

34% of requests for ATMPs 

Requests covering wide range of therapeutic areas and product type 



What do we expect to grant eligibility? 

4 

Clinical exploratory data on relevant endpoint 

Unmet medical need 
No treatment, or clear limitations of existing therapies 
(e.g. Alzheimer’s disease) 

Nonclinical data supporting pharmacological 
rationale (e.g. gene therapy)  

If uncontrolled, use comparable historical control 
i.e. need sufficient information on baseline characteristics 

Magnitude of the effect size supporting major 
therapeutic advantage 



Reasons for denial at proof of concept stage 
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Issues with 
robustness 

(47, 70%) 

Insufficient 
effect size 
(26, 39%) 

Late 
stage 

(14, 21%) 

Failures of similar developments 
(4, 6%) 

Unmet medical need  
not sufficiently justified (3, 4%) 

Other reason (3, 4%) N=67 requests denied 



Reasons for denial at proof of concept stage: 
Examples of robustness issues 

6 

Inconsistency of results  
across studies, study groups or endpoints 

Trial design issues eg treatment effect not isolated from 
other factors, use of concomitant treatments 

Failed study 

Claim in subgroup insufficiently justified 

Sample issues 
size, heterogeneity, insufficient information on baseline  

Comparison to inadequate historical control data 



Now 25 PRIME products 

7 

• Some very innovative products with 
several advanced therapy medicines  

 
• Across therapeutic areas, including 

rare cancers, Alzheimer’s disease 
 

• Most in rare diseases 



Features of the PRIME scheme 
 Early access tool, supporting patient access to innovative medicines. 

 Written confirmation of PRIME eligibility and potential for 
accelerated assessment;  

 Early CHMP Rapporteur appointment during development; 

 Kick off meeting with multidisciplinary expertise from EU network; 

 Enhanced scientific advice at key development 
milestones/decision points; 

 EMA dedicated contact point; 

 Fee incentives for SMEs and academics on Scientific Advice 
requests. 
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Multi-stakeholder 
1 EMA/HTA parallel advice  
2 with patients involved 

Rapporteur 
involvement 
through one of SAWP 
coordinator 

Flexibility  
Shorter pre-submission 

3 adopted in 40 days 

 
All aspects covered 

Quality,  
nonclinical, clinical 

7 products 
11 SA requests   

following kick-off meetings 
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Scientific 
advice 

Enhanced scientific advice 



First anniversary meeting on 19 May 

10 

Very positive feedback 

A few areas for improvement identified: 

• Guidance on eligibility 

• Interactions with the Rapporteur 

• Regular updates from applicants 

Opportunity for further involvement of patients and 
HTA in scientific advice 

 



In summary, 

Eligibility review: robust, short time, in writing  

Rapporteur appointment enables 
early identification of potential issues 

Scheme triggers discussions across product type 
/ class  

Excellent collaboration across committees  

Iterative scientific advices with opportunity for 
patients’ involvement 



Thank you for your attention 

Zahra.hanaizi@ema.europa.eu  
Jordi.llinares@ema.europa.eu  
 
European Medicines Agency 
30 Churchill Place • Canary Wharf • London E14 5EU • United 
Kingdom 
Telephone +44 (0)20 3660 6000 Facsimile +44 (0)20 3660 5555 
Send a question via our website www.ema.europa.eu/contact 
 

Further information 

Follow us on      @EMA_News 
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