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VFA Bio represents the biotech interests within the German 

Association of Research-Based Pharmaceutical Companies 

(VFA). VFA represents the interests of 45 worldwide leading 

pharmaceutical companies in the fields of health, research 

and economy. 

VFA Bio seeks to exploit the therapeutic and economic 

potential of biotechnology to make Germany the leading 

biotech location in Europe. Amongst others rare diseases 

and orphan drugs belong to the topics which are in the 

remit of VFA Bio. Therefore we are pleased to have the 

opportunity to respond to this Commission consultation as 

follows: 

 

Q1  Is the current EU definition (less than 5 per 10 000 

persons in the European Union) of a rare disease 

satisfactory? 

VFA Bio is satisfied with this definition. Given the enlargement of 

the EU it was very wise not to set a fixed number of affected per-

sons but to have a relative number to the overall population. 

Q2 Do you agree that there is a pressing need to improve 

coding and classification in this area? 

Everything that helps to shorten the time up to the correct diagno-

sis of a disease is welcome. Improving and harmonizing of coding 

and classification of orphan diseases is certainly helpful and should 

be done in cooperation with the US – where a cooperation agree-

ment between the FDA and the EMEA in the field of orphan diseas-

es already exists. 

Q3 Can a European inventory of rare disease help your 

national/regional system to better deal with RD? 

With funding from the European Commission Orphanet has already 

established a searchable database on orphan diseases. This data-

base could be the basis of a European inventory which would 

amend the understanding and diagnosis of rare diseases. 

Q4 Should the European Reference Networks privilege the 

transfer of knowledge?  The mobility of patients?  Both?  

How? 

The meaning of this question is not clear to us. 

Q5 Should on-line and electronic tools be implemented in 

this area? 

Online and electronic tools are very helpful especially in the area of 

orphan diseases since they allow to spread valuable up-to-date 

information very quickly.  
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Q6 What can be done to further improve access to quality 

testing for RD? 

We don’t see any problems with the quality of currently available 

tests for rare diseases. These tests are covered by the Medical De-

vice Directive. A big need is that more research on orphan diseases 

should be done and more tests should be developed to have more 

affected persons tested and to get more reliable and faster diag-

noses. In this context, additional public-private-partnerships would 

be beneficial and should be endorsed and supported e.g. within the 

scope of the Seventh Research Framework Programme. 

Q7 Do you see a major need in having an EU level 

assessment of potential population screening for RD? 

Screening tests are in the remit of the EU member states and 

should stay there. The EU should help in creating the preconditions 

that more screening tests will become available i.e. supporting 

R&D and developing and validating new tests. 

Q8 Do you envisage the solution to the orphan drugs 

accessibility problem on a national scale or on an EU 

scale? 

Up to now there is no access problem with orphan medicinal prod-

ucts in Germany. The reasons why patients in Germany are not 

treated with already available orphan medicinal products are:  

 No or late diagnosis 

 Insufficient knowledge of the physicians in the area of orphan 

diseases 

 Insufficient knowledge of the patients/population on orphan 

diseases. 

Q9 Should the EU have an orphan drug regulation on 

medical devices and diagnostics? 

VFA Bio does not represent the manufacturers of medical devices 

and diagnostics. Yet, given the situation in the US we think that 

such an extension of the scope of the EC Regulation on orphan 

medicinal products would be helpful. 

Q10 What kind of specialized social and educational 

services for RD patients and their families should be 

recommended at EU level and at national level? 

Here VFA Bio cannot contribute. 

Q11 What model of governance and of funding scheme 

would be appropriate for registries, databases and 

biobanks? 

Registries, databases and biobanks are very valuable tools for the 

development and the assessment of the benefit of orphan products 

for gaining further data on the safety and efficacy of orphan prod-

ucts and for a better understanding of the cause of orphan diseas-
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es. Such registries, databases and biobanks should be financed 

jointly by the public and industry and could be governed by a spe-

cial European Research Institute for Rare Diseases. 

Q12 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? 

Helping people affected by orphan diseases should be a joint effort, 

but also of the European Commission, the EU Member States and 

the academia/research institutes and health insurances. There are 

already very active patient organizations (Eurordis on EU level, 

ACHSE in Germany) in this field. 

Q13 Do you agree with the idea of having action plans? If 

yes, should it be at national or regional level in your 

country? 

A better system for the provision of medicines to patients in need 

before approval and/or reimbursement (so-called compassionate 

use) of new orphan medicinal products is needed. On the basis of 

Art. 83 of Regulation (EC) 726/2004 the EU Member States should 

issue clear guidance regarding compassionate use programmes so 

that patients can get early access to urgently needed orphan 

drugs. 

 

In general, action plans are deemed very valuable. They should be 

at national level, but supported by the EU.  

 

Q14 Do you consider it necessary to establish a new 

European Agency on RD and to launch a feasibility 

study in 2009? 

A new agency is not supported, since the EMEA and its Committees 

(COMP, CHMP) are functioning very well. What could be added is a 

European Research Institute which bundles and coordinates re-

search activities and registries, databases and biobanks in the field 

of orphan diseases. 
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