
    
 

Myeloma UK Response to European Commission Public Consultation 
regarding Rare Diseases: Europe’s Challenges 
 
Introduction  
 
Myeloma UK is the only organisation in the UK dealing exclusively with myeloma and 
its related disorders. Myeloma is an orphan disease, in line with the EU definition.  
 
Myeloma UK agrees that citizens from European Member States (MS) and / or 
regions inside MS have unequal access to expert services and to orphan treatments.   
 
Across EU MS, there is often no structured or formal policy on how to deal with 
issues and challenges associated with the research and treatment of rare disease. 
This has particularly important damaging consequences in the HTA setting and on 
local commissioning.  
 
At present, if a patient has the misfortune to be diagnosed with a rare disease they 
are more likely to be less well treated and in some cases die sooner. 
 
Myeloma UK believes that all patients in MS requiring treatment for their disease 
should receive it regardless of the type, rarity, their age or where they live. The 
deciding factor to whether a treatment is provided should be clinical decisions 
centred on what is best for the patient.  
 
Unless action is taken now, it is likely the situation will worsen as we progress to a 
health care environment which seems to be favouring efficiency over equity. There is 
a need to uphold the principle of equity of access to treatment for all patients based 
on a number of clinical and social value criteria and not just cost effectiveness.  
 
Myeloma UK supports action by the European Commission to ensure that all MS 
encourage research, development and access to treatments for rare diseases. MS 
need to address the challenges of rare disease with plans at local level supported by 
recommendations and guidance where appropriate from an EU level.  
 
Question 1: Is the EU definition of rare disease satisfactory? 
 
Myeloma UK agrees with the current EU definition of rare diseases presenting with 
prevalence less than 5 per 10,000 persons and would strongly urge the EU to ensure 
this is applied consistently across all EU MS. 
 
 
Question 2: Do you agree that there is a pressing need to improve coding and 
classification in this area? 
 
Without question - this would go along way to ensuring a consistent approach to rare 
disease across all EU MS.  However, it would need to be done strategically and 
include specific tools to collect data, audit, evaluate and to change and / or improve 
future practice based on findings. 
 
Question 3: Can a European inventory of rare diseases help your national / 
regional system to better deal with rare diseases? 
 



    
 

A European inventory of rare diseases could be a valuable source of information for 
Member States as long as the data was easily accessible and relevant to all MS.  
 
Question 4: Should the European Reference Networks privilege the transfer of 
knowledge? The mobility of patients? Both? How? 
 
Myeloma UK supports this recommendation: centralisation of expertise may be key 
for overcoming and managing some of the issues and challenges that rare diseases 
face. This would include access to expertise, clinical trials and information as well as 
potentially sharing the cost burden i.e. of expensive diagnostic equipment across 
several MS. 
 
Patient confidentiality, tissue samples and choice / preferences would clearly have to 
be taken into account when using any such preference network.  
 
Question 5: Should on-line and electronic tools be implemented in this area? 
 
Yes, this will improve accessibility and range of information available for patients.  
Access rights to such data should be clearly defined and patient confidentiality 
respected. 
 
Question 6: What can be done to further improve access to quality testing for 
rare diseases? 
 
The establishment of close geographic networks between or within MS, publication of 
EU wide clinical guidelines, increased funding and sharing of expertise would all help 
to improve access to quality testing for rare diseases. 
 
Question 7: Do you see a major need in having an EU level assessment of 
potential population screening for rare diseases? 
 
No.  Decisions about screening are too dependent on the values of society, cultural 
and economic issues, the specific needs of the population and access to treatments 
for there to be an effective EU-wide policy.  One size will not fit all in this respect.  
Rather, the focus should be on encouraging best practice with regard to screening 
and for reach MS to make their own decisions on screening.  
 
Question 8: Do you envisage the solution to the orphan treatments 
accessibility problem on a national scale or an EU scale? 
 
The solution with regard to orphan treatments needs to be developed at MS level, but 
with an overarching ‘policy for action’ from EU level that requires MS to put national 
policies in place.   
 
From a UK standpoint, in lieu of national guidance (e.g. from NICE), commissioning 
decisions for orphan treatments should be taken at regional level as local funding 
bodies are not equipped to assign budgets for the management of rare diseases. 
Treatments for rare diseases are therefore subject to case by case decisions which 
are inefficient and ineffective leading to many patients being denied the treatment 
they need on the grounds of cost. 
 



    
 

Myeloma UK would welcome European level guidance to support and enforce 
change, bearing in mind the differing economic and cultural models of health 
amongst the MS.   
 
 
Question 9: Should the EU have an orphan regulation on medical devices and 
diagnostics? 
 
If this will incentivise the development of such devices then Myeloma UK is 
supportive.   
 
Question 10: What kind of specialised social and educational services for rarer 
disease patients and their families should be recommended at EU level and at 
a national level? 
 
In general specialised social and educational services should be provided at a local 
level with local needs in mind. Recommendations from an EU policy level would be 
welcomed. 
 
Question 11: What model of governance and of funding scheme would be 
appropriate for registries, databases and biobanks? 
 
Again, EU wide guidance which allows MS to implement national policy that takes 
into account (within reasonable bounds) differing economic and cultural models of 
health amongst the MS.   
 
Question 12: What do you see the role of partners (industry and charities) in an 
EU action on rare diseases? What model would be most appropriate? 
 
Collaborative working between industry, academics, charities, other research bodies 
and the general public at both an EU-level and MS-level (where appropriate) would 
be maximising on the potential to positively impact on the research, treatment and 
management of rare disease research for patients.   
 
Question 13: Do you agree with the idea of having action plans? If yes, should 
it be at national or regional level in your country? 
 
Member State action plans are desirable to ensure that patients with rare diseases 
get access to treatments developed, either within clinical studies or through efficient 
local funding arrangements. These should be national (for the four home countries of 
the UK) but deferring to regional practices as appropriate.   
 
Supportive EU policy would be welcome.   
 
Question 14: Do you consider it necessary to establish a new European 
Agency on rare diseases and to launch a feasibility study in 2009? 
 
Myeloma UK would be supportive of the establishment of a European Community 
Agency on rare diseases if this would guarantee long-term and sustainable support 
for tackling rare disease issues. 
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