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Introduction  

VKS, the Dutch Umbrella organization for metabolic diseases, represents patients with more 
than 185 different metabolic diseases. The organization is a member of Eurordis from the 
beginning onwards an we have strived and will continue to strive for the best conditions for 
patients in The Netherlands and in Europe to deal with their disease, get access to care and –
eventually- treatment. 

As a patient organization in a relatively small, but also relatively wealthy member state, we 
have noticed, over the past year that European legislation in the field of rare disorder can 
become something to hide behind for the individual member state. This becomes most clear is 
you look at the legislation involving orphan medicinal products. After the whole process at 
EMEA and marketing authorisation by the commission, it will take the Netherlands between  
8 months and 2 years to get the medicine reimbursed and actually available for the patients. It 
almost seems that the European procedure is ignored all together and the evaluation of the 
therapeutic value is started all over again. In the days before legislation, new products for rare 
diseases could be admitted on a temporary bases, pending more results from research or 
opinions from specialists in the field. This has now become impossible due to all the 
regulatory requirements. It doesn’t make the life of patients who want access to a medicine 
very easy. 

 

Reaction on questions in the consultation paper 

1. Is the current EU definition of a rare disease satisfactory? 

The definition of a rare disease is arbitrary, We would applaud more attention for the very 
rare diseases who are without any form of treatment still. Looking at the list of products with 
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an orphan designation, we find that there are a lot of products on it which will add something 
to the already existing treatment (for instance in oncology) or which target a subset of a 
certain patient population. There are relatively small numbers of products which are meant to 
treat a disease which is without medicinal treatment still. In our view, the real innovation and 
development for rare disorders has to be focused there. Extra incentives should be installed to 
reach this goal 

2. Do you agree that there is pressing need to improve coding and classification in the area of 
rare diseases? 

For metabolic diseases this is certainly true. Even in a relatively well organised country like 
the Netherlands, we do not have a clue how many people are suffering from individual 
diseases. This is mostly because ICD’s only have two codes for metabolic diseases, and also 
because there is not a single classification system that can be used satisfactorily for all 
purposes. 

3. Can a European inventory be useful 

We do not think so. It will become a political and arbitrary list. 

4. European networks of reference and patient mobility 

We think that the patient is best helped and taken care of in his country of origin. Also 
patients with a rare disease have an equal right to easy accessible healthcare facilities. And 
knowledge about rare diseases should be wider spread in contrast to concentrating it all on a 
few hot-spot in Europe Apart even from language difficulties, Care and services in other 
countries aren’t available for average people at the expense of high travel costs. Beside that, 
transfer of knowledge over the borders and between centres of excellence and local health 
providers will become a problem. 

5. Should on-line and electronic tools be implemented in this area? 

In general not to much can be expected from on-line and electronic tools. They cannot replace 
the care and advise of “live” people. It also can work discriminating against individuals who 
do not know the way around on the internet. 

7. Do you see a major need in having an EU level assessment of potential population 
screening for rare diseases? 

We know that parents and patients all over Europe can profit from an accurate and early 
diagnosis, if the outcome of the disease can be influenced by taking measures early. This is 
especially true for rare diseases. We, as a patient organisation, are striving to expand neonatal 
screening to include all the diseases in with quality of life and health can be gained by early 
treatment and care. And in which the technical possibilities are there to include them in the 
screening. Population screening after diseases in which the outcome will not be influence by 
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direct measures or after genetic predispositions without very clear links towards underlying 
disease and outcomes, can impose serious ethical questions. 

8. Do you envisage the solution to the orphan drugs accessibility problem on a national or on 
an EU scale? 

As reimbursement has to be decided on national level solutions to the accessibility problem 
has to be find on a national scale. However, there could be  large encouragements on a 
European scale.  

After marketing approval, especially small and medium sized enterprises should get advice on 
procedures for reimbursement in the various countries. National Health insurances boards 
should be able to get European incentives to develop best practises in reimbursement 
protocols for rare disorders. A European innovation desk for care may be set up to facilitate 
information on reimbursement issues and research on rare diseases. A European innovation 
desk for care for rare diseases may be part of the proposed European Agency of rare diseases. 

Reimbursement bodies in each member state have to analyse the dossier before deciding on 
reimbursement. The young initiative of the Medicine Evaluation Committee (MEDEV) of the 
European Social Insurance Platform to analyse the dossier by several member states and give 
an informal advice to the other member states may help to improve accessibility.  

More European initiatives of this kind may be encouraged to improve accessibility of orphan 
drugs. 

9. Should the EU have an orphan regulation on medical devices and diagnostics 

It may be worthwhile to explore whether a European Regulation on medical devices and/or on 
diagnostics should be made. As medical devices for rare diseases or conditions are included in 
the US Orphan Drug Act the exploration should also involve the expectations and results in 
the USA. 

10. What kind of specialised social and educational services for RD patients and their 
families should be recommended at EU level and at a national level?  

We would very much recommend encouragement for the professionalisation and 
reinforcement of the members of umbrella organisations for patients, like Eurordis. In that 
way the influence of actual patients on policymaking in the EU can be promoted and the 
democratic influences guaranteed.  

11. What model of governance and of funding scheme would be appropriate for registries, 
databases and biobanks  

Government of registries, databases and biobanks is an important issue. A model of 
governance could be that all stakeholders involved in building registries/databases/biobanks 
have to give permission to use data or materials. The government model has to be decided in a 
very early stage of building registries/databases/biobanks. 
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The possibility to get long-term funding is important to be able to build a sustainable 
registry/database/biobank. In this long-term funding period evaluation reports should be 
incorporated to be able to stop the grant when no progress has been made. A grant of three or 
four years is not the appropriate funding method for building operable registries/databases and 
biobanks that may take years in case of some rare diseases.  

12. How do you see the role of partners (industry and charities) in an EU action on rare 
diseases? What model would be the most appropriate? 

There are good examples of public-private partnerships e.g. to boost research on neglected 
diseases. Recently also the European Commission has started the Innovative Medicines 
Initiative, a public private partnership with the European Federation of Pharmaceutical 
Industries and Associations. Thus, it should be possible to use the common interest of public 
parties, charities and industry and build public-private partnerships in rare diseases.  

13. Do you agree with the idea of having action plans? If yes should it be at national or 
regional level in your country.  

We second the idea of having action plans in each member state. As a matter of fact, the 
establishment of the steering committee, which VKS is part of,  is part of a Dutch  action plan. 
These action plans will be different in each member state, as different activities will be 
needed due to the cultural, social and economic climate in each member state. Therefore we 
are not in favour of a ‘one size fits all’ European action plan. As The Netherlands is a 
relatively small country with 16 million residents the action plan should be at national level. 
However, in large countries or in countries in which there are clear differences in the region, 
it may be better to have action plans on regional level.   

14. Do you consider it necessary to establish a new European Agency on rare diseases and to 
launch a feasibility study in 2009?  

It is important that there will be long-term implementation of rare diseases policies at 
Community level and long-term interest for those issues that are still not solved or that will 
arise in the next years. A new European Agency on rare diseases could be a good instrument 
for the long-term implementation and interest.   

 

Thank you very much for the opportunity to give our opinin about this important issue. 

 

On behalf of VKS Board of Directors, 

 

H.K. Meutgeert, 

Executive Director 
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This paper represents the views of its author on the subject. These views have not been adopted or in any way approved by the Commission 
and should not be relied upon as a statement of the Commission's or Health & Consumer Protection DG's views. The European Commission 
does not guarantee the accuracy of the data included in this paper, nor does it accept responsibility for any use made thereof. 




