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From the European Network for Research on Alternating Hemiplegia, ENRAH  
 
ENRAH is a patient driven non-profit non-governmental organisation founded in 2003 in Vienna, 
Austria to actively forward scientific research on Alternating Hemiplegia in Childhood  (AHC) 
and related very rare disorders. ENRAH members are AHC patients and their families, care 
takers, health care professionals and researchers looking for European-level support for AHC 
patients. With its well established contacts in over 17 European countries, ENRAH has 
successfully coordinated the FP6 project, ENRAH for SMEs (2005-2007) and established a 
European clinical database of AHC patients with over 157 cases. ENRAH is the Main Partner in 
the commencing project nEUroped (2008-2010) co-funded by the DG SANCO Public Health 
Program, which is set up to support networking and clinical databases for rare paediatric 
neurological diseases with paroxysmal episodes (namely, AHC, narcolepsy and rare paediatric 
surgically treatable epileptic  disorders) . 
  
GENERAL COMMENTS 
ENRAH appreciates the European Commission's initiative to develop a Community action in 
favour of rare diseases patients and in bringing forth for discussion the proposal for 
Communication to the European Parliament and the Council on a European action on rare 
diseases.  
ENRAH’s  comments and recommendations on the implementation of efficient future policy to 
address Rare diseases in Europe are based  on  its believe that rare disease patients in Europe can 
greatly benefit from activities at a Community level.  
Acknowledging the past years developments in Europe, namely: 

• The Community action programme on rare diseases 1999 and the EU Public Health 
Program 2003-2008 which has been instrumental to raise awareness and to facilitate 
access to information about these diseases for  the European citizens 

• The EC Framework Programs 6 and 7 which has funded research and support projects 
specifically involving rare diseases 

• The Orphan Medicinal Products (OMPs) Regulation which, complemented with the 
compulsory EU centralised procedure for all OMPs, has provided incentives for Industry 
in this area and led to the development in Europe of new OMPs for a number of rare 
diseases 

 
We consider that the 2008 Community action for the benefit of all patients with rare disease 
should be aiming to: 

• provide incentives for researchers and health care providers  
• and empower  European citizens and patients with rare disease in Europe. 



 
Towards achieving these goals ENRAH wishes to make the following  
 
RECOMMENDATIONS : 
 

1. The Community Programs, that offer funding possibilities for rare diseases, should be 
accessible for any project ideas and for any rare disease(s) with quality and impact of 
the proposed activities as main selection criteria. Prioritising some diseases or excluding 
others in the Community Programs has a highly de-motivating  effect to the research-, 
health care- and patient rare diseases Community. 

2. We argue for equal access of any organisation or individual to all European and to 
the national public funding resources in the rare diseases area. Whereas the Framework 
Program (eligibility criteria and 100% funding) is open for any individual and 
organisation in Europe to participate, the principals of the current  Public Health Program 
(2003-2008) ( eligibility criteria and maximum 60 % Community co-funding), are 
seriously limiting the active participation in projects of patients/patient organisations.  

3. Although we agree that specific projects can benefit groups of diseases or even the entire 
rare diseased community, we consider that the future Community Support favours 
disease- focused research networks and single disease research projects for the benefit of 
people affected. 

4. We welcome the special attention given in the Public Consultation document to the need 
to support Clinical databases and BioBanks as essential tools for research and therapy 
development for rare diseases. Our view is that the funding policy should favour disease 
specific and databases/ BioBanks rather than infrastructures created to serve all rare 
diseases. We strongly recommend that the Community Action establishes a publicly 
accessible one Register of  Rare Diseases Patient databases and BioBanks (containing 
description and  a link to the repositories) and that registering becomes mandatory for  
publicly funded or co-funded repositories. 

5. We strongly recommend that in the Community Action a special attention is also paid to 
register all-phases-clinical trials with OMPs at all stages – whether they have been 
granted marketing authorization or have received a positive opinion on orphan 
designation. 

 
6. The Action should include a strategy for continuity of Community-funded research and 

activities supporting research. Continuity should not be understood as providing core 
funding for organisations but as providing opportunities for follow up projects. 

 
7. It is essential that rare diseases are accurately coded and classified for traceability in 

healthcare systems. The knowledge should be timely disseminated and implemented in 
the Community. 

 
8. All Community funded activities for rare diseases must be coordinated, monitored 

and evaluated.  Here, we would favour the establishment of a Community Agency for 
Rare diseases that fulfils these tasks, however with the caution that such an establishment 
must not introduce additional administrative and bureaucratic barriers to Community 
funding.  
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