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Ø Strengths and weaknesses legislation 2000-2017 (medicines for rare diseases) 
and 2007-2017 (medicines for children); 

Ø Commission Staff Working Document published in August 2020;  

 

Ø Overall the 2 legislations have been successfull, but…. 

Evaluation of the Regulations for rare 
diseases and medicines for children 
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•  Insufficient development in areas of greatest unmet medical needs 
Ø Developments do not address highest needs for children 

Ø  95 % rare diseases no treatment option 

Ø  ‘One-size-fits-all’ incentives and rewards <-> unmet needs 

•  Scientific and technological developments cannot be fully exploited 
Ø Exclusion from obligation to conduct PIPs (mechanism of action) 

Ø  Innovative CT designs 

Ø  Instruments not adequate for advances in science: biomarkers and personalised medicine 

•  Availability and accessibility varies across MS 
Ø  Limited link between incentive and placing on market 

Ø  Limited generic competition after expiry of exclusivity periods 

•  Certain procedures inefficient and burdensome 

Summary of problems found in evaluation 
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•  To foster research and development of medicines for paediatric 
diseases in areas of unmet need and in better alignment with patient 
needs; 

•  To ensure availability and timely access of patients to paediatric 
medicines; 

•  To ensure legislation to be fit to embrace technological and scientific 
advances; 

•  To provide effective and efficient procedures, for assessment and 
authorisation. 

Objectives of the revision 
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•  The current Regulation will continue to apply. 

•  Non-legislative actions developed in the framework of the joint EMA - 
European Commission Paediatric Action Plan may allow for short term 
solutions for example in PIP procedures. 

•  SPC inefficiencies – SPC legislation revision. 

Impact assessment - Baseline 
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•  Revise elements of the PIP procedure: 
Ø When appropriate, evolutive PIP; 

Ø Take into account the mechanism of action of products (oncology and maybe 
other areas) when agreeing on PIP; 

Ø Deferrals, timely completion of PIPs. 

Impact assessment 
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•  Define in legislation how to identify which products/developments 
should be further supported as addressing unmet therapeutic needs of 
children; 

•  Define how to support such products/developments and at which 
stage; 

•  Better assess the access and availability problematics in children and 
possible solutions; 

•  PUMA 
  

Impact assessment 
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EU Pharmaceutical strategy 

•  Aims at creating a future proof regulatory framework and at 
supporting industry in promoting research and technologies that 
actually reach patients in order to fulfil their therapeutic needs while 
addressing market failures; 

•  Legislative and non legislative actions; 

•  Main legislative action: revision of the general pharma legislation 
(Dir. 2001/83/EC, Reg. (EC) 726/2004); 

•  O/P revision is part of the strategy. 



Enabling 
sustainable 
innovation 

Ensure 
access and 

affordability of 
medicines for 
patients and 

health 
systems 

sustainability 

Ensuring 
access and 
availability 
addressing 
shortages 

 

EU Pharmaceutical strategy 

Succeeding on 
the global level  



EU Pharmaceutical strategy 

The revision of the EU pharma framework will aim at: 

•  ensuring access to affordable medicines; 

•  fostering innovation, including in areas of unmet medical need; 

•  improving security of supply; 

•  adapting to new scientific and technological developments; 

•  reducing red tape. 

 



•  Impact Assessment 

•  Public consultation ongoing till end of July 2021 

•  Targeted consultations  

•  Interviews 

•  Legal Proposal(s) in 2022 

Next steps revision of the orphan and 
paediatric legislation 

 
 



Revision of the pharmaceutical legislation 
•  Roadmap inception impact assessment  
•  Evaluation and impact assessment (ongoing) 
•  Public consultations (after the summer 2021) 
•  Other consultation activities (end 2021) 
•  Adoption of proposal(s) (2022) 
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