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Comments on the Commission Communication on Rare Diseases  
 

European Cancer Patient Coalition (ECPC) 
 

 
ECPC welcomes the Commission Communication on Rare Diseases and the 
opportunity to draw attention to rare cancers, which are so often neglected. It is 
estimated that over half of cancer types are rare. Rare cancer patients are doubly 
disadvantaged: not only must they fight a severe, often life-threatening disease, 
which is difficult to diagnose and may lack treatment or effective treatment, but they 
also face uncertainty, fear, frustration and a sense of isolation and lack of support.  
 
ECPC strongly supports a coherent and forceful Community action in the field 
of rare diseases. Collaborative research projects, and translating the fruits of 
this research into timely and equitable availability of diagnosis and treatment, 
collection of data at EU level and facilitation of communications between 
European and national patients and their health professionals can all offer 
hope for improvement to rare cancer patients.  
 
 
Defining Rare Cancers 
 
ECPC believes that rare cancers are best defined by incidence rate, following the 
recommendation of the Commission funded project RARECARE. This reflects the 
yearly number of new cases occurring in a population. But the definition need not be 
rigidly applied; some flexibility should be allowed to include diseases which fall just 
outside the boundary. For example, Breast Cancer is the most common cancer in 
women, but in men it is rare. Classification is useful as long as it does not erect new 
barriers.  
 
 
Cancer Registries to Pool European Data 
 
ECPC calls for statutory registration of all rare cancers, using a single classification 
method which however allows special cases to be taken into consideration. Crucially, 
results should be pooled at the European level. We would like to draw attention to the 
care needed in deciding which diseases are registered.  
 
This centralisation of all data is invaluable in order to establish a strong evidence 
base, inform research investment decisions, allow healthcare systems to plan and 
budget, identify existing gaps, assessing new diagnostics, therapies and optimising 
treatment.  
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Some rare cancers can now be treated and patients are living longer. However, they 
will need life-long attention in the medical, social and educational domain. Childhood 
cancers need long term follow up and data collection as long-term consequences are 
not yet known.  
 
Orphan Drugs and Medical Devices 
 
ECPC believes that in order to close the gap in treatment between Member States, 
medical therapies and treatment such as orphan drugs should be equally and more 
speedily available to all rare disease patients across the EU.  In the case of orphan 
medicines, although there is a single EMEA approval procedure, the different pricing 
and reimbursement negotiations and health technology assessments create 
unacceptable delays for patients in some countries. For life-saving cancer medicines 
we wish to see an accelerated fast track approval process, followed by a prompt 
conditional pricing and reimbursement decision across the EU in exchange for data 
being collected about the value of the medicine on patients in real life setting at a 
European level and a harmonised compassionate use programme. We feel that 
health technology assessments based on purely economic data and models are 
unethical, especially for rare diseases where there is no other treatment option. Other 
more appropriate solutions must be found.  
 
Participation in Clinical Trials is one way for patients with rare cancers to stay alive. It 
gives them the opportunity to access new, promising therapies before they are 
commercially available. ECPC calls for full transparency of clinical trials for patients 
and their doctors to know where a trial is taking place. In our opinion such information 
will avoid duplication or unnecessary repetition of clinical trials. Following the 
example of the EU Paediatric Regulation all relevant clinical trials information should 
be made publicly available in EudraCT. We urge that all clinical trials be publicly 
registered before the trials starts with all of WHO’s 20 data sets and all results, 
positive and negative, be made publicly available. The EU Clinical Trials Directive 
must be revised to allow for more such transparency, improving academic and 
transnational trials, and patient groups being systematically involved in the design of 
the trial and Ethics Committees.  
 
We welcome an EU orphan regulation on medical devices and diagnostics which 
would provide a harmonised approach for future therapies of cancers, such as 
convection-enhanced delivery for brain tumours, which are not medications but may 
fall under the category of devices. 
 
Research and Development 
 
ECPC calls urgently for more research at the European level to tackle rare diseases.  
Co-ordination of national research programmes across borders in a non-bureaucratic 
fashion is essential. Rare disease research is one important area where the 
European Union can and should add value to national efforts. Under the IMI initiative 
more funding should be directed at clinical cancer trials that include a combination of 
surgery, radiotherapy and medicines which do not normally receive industrial 
support. The EU Paediatrics Regulation is a good step in the right direction, but does 
not satisfactorily address research and development in childhood cancers, other than 
those undertaken by industry.  
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ECPC supports the establishment of European reference centres; these could be set 
up with combination of funds from FP7, e-health and public health funding. In new 
member states, the Structural Funds could be deployed to provide the infrastructure 
for such Reference Centres. 
 
Prevention  
 
Patients of rare cancers depend on research producing new treatments. Although 
some cancers are amenable to primary prevention, for rarer cancers such as brain 
tumours, CML, etc lifestyle changes are sadly not applicable.  
 
Patient Empowerment and Mobility 
 
ECPC recognises the need to empower rare disease patients, their caregivers and 
support groups. Attention should be given to online resources to facilitate 
communication between patients and caregivers. Communication between patients 
and their support groups and network can reduce the sense of isolation of individual 
patients and their families feel. Support should not only be given to European 
organisations but also include grassroots patient groups in order to facilitate this 
process. Funding of rare disease groups is extremely hard to find and special 
consideration should be given to empower and link up groups across Europe indeed 
the world. 
 
Information about the possible treatments for rare cancers is currently communicated 
to patients largely by patient organisations since many local doctors are not familiar 
with rare diseases. Health care professionals must be included in the information 
campaigns. Together with patient groups they could present a critical force to spread 
the knowledge and best practice across the EU. 
 
Patient mobility across the EU for rare diseases offers an opportunity to pool 
resources and facilities. Not every member state will be able to invest in the latest 
state of art diagnostic and treatment centres for the estimated 5000 to 8000 rare 
diseases.  The long awaited Health Services Directive provides an important legal 
instrument to address this issue.   
 
Hildrun Sundseth, Head of EU Policy 
February 2008 
 
 
 
 
 
 
 
 
 
 
 
 
 
 

 
The European Cancer Patient Coalition (ECPC) was founded in September 2003 with the aim 
of giving cancer patients a voice in shaping the European Union’s policies that impact on cancer 
care.  ECPC’s objectives are: 

 
• Promote the fundamental rights of European cancer patients 
• Increase cancer patients’ representation and influence at the highest level of decision 

making Europe-wide 
• Help patients obtain timely access to appropriate and accurate information, prevention 

advice, medical diagnosis, treatment and care 
• Empower patients to become true partners in the healthcare system 
• Promote the advancement of cancer research 

 
 
Currently, ECPC has over 250 members from 26 EU Member States and represents patients 
with cancers of the commonest sites such as lung, breast, prostate and colorectal cancer to the 
rarer cancers such as multiple myeloma, chronic myeloid leukaemia as well as childhood 
cancers.   
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