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1) Impact Assessment Board Opinion 

(A) Context 

The existing national approaches regulating rare diseases are judged to be inefficient and 
ineffective. After a Community action programme on rare diseases was adopted for the 
period 1 January 1999 - December, 2003, these diseases were a priority in the EU Public 
Health Programmes 2003-2007 and 2008-2013 (p. 7). Moreover, Decision 1350/2007/EC 
of the Parliament and Council promotes action on rare diseases. The relevant existing 
Community legislation, for example on clinical trials and marketing authorisation of 
medicinal products, is proving unsuitable and insufficient when applied to rare diseases. 
The legal basis for this initiative is Article 152 of the Treaty establishing the European 
Community. 

(B) Positive aspects 

The report provides a comprehensive overview of the problems that patients suffering 
from rare diseases currently face. It also provides an overview of actions previously taken 
and currently underway at Community level and in Member States to improve the way in 
which these diseases are dealt with. 

(C) Main recommendations for improvements 

The recommendations below are listed in order of descending importance. Some more technical comments 
have been transmitted directly to the author DG and are expected to be incorporated in the final version of 
the impact assessment report. 

General recommendation: The IA report should provide a clear explanation (in the 
section on problem description) what the current level of patient treatment and 
protection is in Member States, and set out the baseline scenario on the basis of 
identified problems associated with the existing situation, especially the 
consequences of lack of recognition of rare diseases and the lack of effective 
healthcare facilities and research into these diseases. This should also take into 
account existing best practices both at Member State level (e.g. the establishment of 
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a coherent policy on rare diseases in France and Romania), and in existing 
cooperation arrangements between Member States, such as the one between the UK 
and Malta. It should identify to what extent Community action could lead to 
improvement in comparison with this baseline. The options section should be 
reorganised accordingly. 

(1) Strengthen the baseline scenario and provide more clarity on existing policies. 
More clarity should be provided on important elements of the current framework, e.g. 
'other relevant actions' undertaken by Member States to strengthen the assessment of the 
necessity and value added of EU action (for example with respect to economies of scale, 
clinical trials, WHO classification, European reference for national strategies and the 
benefits of networks). The apparent contradiction between the reported existence of 
several strategies on Community level that have positive results (section 7.3.1), and the 
risk of inefficiency - mentioned in the same section - due to a lack of a coherent overall 
strategy, should be clarified. The roles of existing and newly proposed bodies (for 
example the Task Force on Rare Diseases, EMEA, and the proposed Committee) should 
be better explained in the report. 

(2) Restructure the objectives and options sections. The report should be more explicit 
in its objectives and clarify what the overall aim of the policies should be. It should 
present alternative options that cover all the objectives and indicate on which criteria it 
proposes to prioritise, to enable a comparison of the costs and benefits of the different 
approaches. Given that the report states on page 10 that the "the current legal framework 
is unable to tackle adequately the problems that have been outlined ....," it should 
provide greater clarity on whether legal changes will be envisaged in the future. The 
detailed description of the baseline scenario should be moved to the problem description 
section. Links with related policy areas and initiatives (e.g. 'compassionate use') should 
be clarified. 

(3) Provide estimates of the costs associated with the proposed actions. The report 
indicates that some of the actions considered in the policy options (comprehensive data 
collection, restructuring of health care systems, re-establishing EU Rare Diseases 
Programme) will impose significant costs on public authorities and private actors. To 
give a proper assessment of the proposed options the report should be much more explicit 
about these costs. 

(4) Provide more specific information about stakeholder and expert input, and 
make more explicit use of evaluation results of past and current policies. The report 
should be more explicit about the views of different stakeholder groups (patients, doctors, 
insurance providers, researchers, industry), to illustrate the different interests involved. It 
should clarify to what extent expertise in EU Agencies (such as EMEA) has been used. 
The report should explain what lessons were drawn from experiences with the 
Community action programme on Rare Diseases that was implemented from 1999 to 
2003 and the approach that was taken after this programme expired. If elements of these 
policies have been formally evaluated, the results should be reflected in the impact 
assessment. 

(D) Procedure and presentation 

It appears that all procedural requirements have been complied with. The term 
"compassionate use" on page 15 should be clarified. 
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