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Approval of cancer medicines

However, in the context of the obligation of the 

MAHs to take due account of technical and 

scientific progress in accordance with Article 16 

(1) of Regulation (EC) no 726/2004

Principles: no further 

development changes 

(formulation, dose, posology)  

A benefit-risk decision based on the applicant’s data
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PAES delegated 
act:

a) surrogate endpoints

b) combination

c) sub populations

d) long term efficacy

e) real –life conditions  
(vaccines)

f) change of standard of 
care

g) new scientific factors   
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obligations
• Comprehensive data 
cannot be provided 
based on rarity

• Based on scientific 
grounds

• Ethics
oB/R positive

oComprehensive data 
will never be 
provided
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A Specific 
Obligations

• Seriously debilitating  
/ life threatening 
diseases

• Emergency

• Orphans

o B/R positive

o Comprehensive data 
will be provided

o Unmet medical need

o Public health benefit 
outweighs the risks 
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- Additional evidence needed 
for aspects key to B/R

- Potential changes to PI

Annual re assessment
Need for annual 

renewal

Imposition of post-authorisation safety and efficacy studies 

In order to confirm the long-term efficacy and safety of <product> in<indication>, the MAH should conduct and submit the results of study <X> 

<according to an agreed protocol>
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Regulatory tools to take regulatory action post-marketing

Signal 
procedure

Post-
Authorisa

tion 
Measures

Variation
Incident Review 

Network

Article 20 

Referral

PSUR
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Examples of regulatory actions taken – Keytruda and Tecentriq
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Examples of regulatory actions taken - Rubraca
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CAT CHMPClinical trials 
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Post approval data PRAC

Development Scientific evaluation by EMA Patient access

HTA/

payers

PDCO

Orphan designation COMP

CAT — Committee for Advanced Therapies      

CHMP — Committee for Medicinal Products for Human Use

COMP — Committee for Orphan Medicinal Products

PRAC — Pharmacovigilance Risk Assessment Committee

PDCO — Paediatric Committee

Start at the development phase 

Scientific Advice Paediatric data 
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Clinically relevant 
advantage based on 
improved efficacy:

- Evidence of clinical improved 
effect 

- Efficacy in combination 

- Meaningful and clinically 
relevant changes that allow the 
product to be used in a wider 
patient population or previously 
excluded sub-groups

Improved safety: 
Complementary safety profile, 
less serious or severe or 
frequent ADRs 

Major contribution to 
patient care:

- Ease of use: such as 
formulation/administration 
route, dosing schedule

- Availability, shortage of 
supply/ improved availability, 
from EU authorisation

Significant Benefit

Significant benefit for orphan medicines 
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Discussion on study design in Scientific Advice 

• What is the target indication?

• What is the MoA? What are the expected side 

effects?

• What are the treatment options for this 

indication?

• Which study design to use (RCT?), duration of 

the study?

• Is the dose investigated optimal?

• Patients included reflected of the target 

patients population? Paediatric patients?

• ….

• Will the generated data allow for a 

comprehensive B/R discussion?

• What is the target indication?

• What is the MoA? What are the expected side 

effects?

• What are the treatment options for this 

indication?

• Which study design to use (RCT?), duration of 

the study?

• Is the dose investigated optimal?

• Patients included reflected of the target 

patients population? Paediatric patients?

• ….

• Will the generated data allow for a 

comprehensive B/R discussion?



Classified as public by the European Medicines Agency 

Thank you for your attention

Official address Domenico Scarlattilaan 6  ● 1083 HS Amsterdam  ● The Netherlands

Send us a question Go to www.ema.europa.eu/contact 

Telephone +31 (0)88 781 6000
Follow us on @EMA_News


