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Highlights 

The European pharmaceutical system: strenghts and weaknesses. Specificities of rare 
diseases 
Francois Houyez 

The Orphan drug Regulation has been a great success, with 188 OMPs now available, but with some issues. 
In some cases, the OD Regulation has been used to obtain greater economic return. But what is more 
importanti is the fact the many patients with rare diseases are still without a valid therapy. Inequalities 
within rare diseases are still high. 
 
Another issue is the high price that in some cases is a hurdle for the real availability in all the Countries in 
Europe.The OECD suggests to better target drugs whose development will not occur without additional 
incentives. So a good tool could be to increase incentives which stimulate research in lower prevalence 
diseases. 
 
For the real availability of high price medicines some innovative tools could be used : an EU fund, a strong 
cooperation for joint procurement or the innovative agreements used in Australia for HCV or in Denmark 
for Cystic Fybrosis ( lump sum remuneration) and the DCF method (Nuijten 2018) to calibrate a sensible 
price. 
 
Majority of OMPs are made in the EU but, to avoid shortages, we could use non profit manufacturers 
and/or resources and power to EMA to regulate medicine supplies, depending on the needs of each MS. 
For the repurposing of old medicines, the STAMP initiative can be implemented.To favour the early 
availability of innovative OMPs the compassionate use programs could be harmonised in the EU. 
 
In some cases, the compulsory licences can be used. Presently it is used mainly in the est states of the 
Union. In general, the cooperation should come before the competition to cover also the rare diseases 
with lower prevalence. 
 
In conclusion now we have the chance to improve the OD Regulation, which has been an important tool 
to cure many patients with rare diseases, but needs a further step to be more useful. 
 
To look more in detail about this topic consult and freely download the presentation and the video 
recording here.  
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