
Rare Disease Patient Solidarity
EC 2005120

Update on the Rapsody project

Promoting national Centres of Expertise 
and European Reference Networks

Paving the road for integrated policies – The Rapsod y 
workshops outcomes

4th European Conference on Rare Diseases
Lisbon, 27th - 28th 2007

Birthe Byskov Holm

Rare Disorders Denmark
Rapsody work package 8



2 4th ECRD 2007 Lisbon

The Rapsody workshops objectives

• To engage and to develop dialogue between patients,  health care 
professionals, health care systems experts and heal th authorities

• To address needs and expectations primarily of pati ents and 
families but also health professionals and policyma kers 
regarding

� centres of expertise for rare diseases

� European reference networks of centres of expertise
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The Rapsody workshops objectives

•To develop recommendations for

� Principles and criteria for the identification of  
national centres of expertise and European 
reference networks

� The evaluation of their respective outcomes
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The Rapsody workshops 

• Dialogue on National Centres of Expertise and Europ ean 
Reference Networks on National and European level

� From March to July 2007
– 11 one day meetings in 11 member states
– The same agenda, the same format and the same composition of 

audience
– Over all, 274 participants: 133 patients representatives, 106 health 

care professionals, 35 policy makers
� In July 2007

– A two-days European workshop in Prague 
– Organized together with the Czech Republic Drug Agency
– 80 participants (patient, professionals, policy makers) from 13 

countries
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The Rapsody Workshops
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Advisory committee
WP8 of the Rare Disease Patient Solidarity Project

Rapsody

• Patient representatives

� Simona Bellagambi - Italy, Tuberous sclerosis Organisation and UNIAMO

� Christel Nourissier - France, Prader Willi and Alliance Nationale Maladies Rares

� Rosa Sanchez de Vega - Spain, Aniridia and Federacion Española de 
Enfermedades Raras FEDER

• Health care professionals
� Prof. Dian Donnaï - UK, Medical Genetics, St Mary's Hospital

� Prof Birgitta Strandvik - Sweden, Inst.of the Health of Women and Children, 
Göteborg University 

� Prof Olaf Rieß - Germany, University of Tübingen / Department of Medical 
Genetics

• Health policy makers
� Dr Alexandra Fourcade - France, Ministry of Health & EU High Level Group 

on Health Services and Medical Care

� Dr Ségolène Aymé - France, Orphanet and DG SANCO Rare Diseases Task 
Force

� Dr Edmund Jessop - UK, Department of Health, National Specialist 
Commissioning Advisory Group (NSCAG) & DG SANCO Rare Diseases Task Force
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The Rapsody Workshops Objectives

• The participants of the national workshops were ask ed 
the following questions:

� Needs and expectations for national rare disease centres of 
expertise

� Proposals for the evaluation of national centres of reference in your 
country

� Cooperation with other countries and recommendations for 
European reference networks



8 4th ECRD 2007 Lisbon

The Rapsody workshops agenda

• Cooperation with other countries and 
recommendations for European reference networks

� How do you see your centres cooperating at the EU level?
� What role would European reference networks play?
� Which specific added value can you identify when networking your

national centres of expertise at European level?
� On which criteria to identify/designate European reference 

networks?
� And what would the expected specific benefits for patients be?
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The Rapsody workshops outcomes

• Two essential pre-conditions:

� Professional qualifications with both clinical and s cientific 
experience.

Proven qualifications documented by publications, grants, pre-
existing certification or accreditation

� Commitment to cooperate and to share information
Importance of the general ” atmosphere and attitude” : trust 
rather than competition among experts to ensure effective 
cooperation.
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The Rapsody workshops outcomes

•Patients access to a multidisciplinary team of 
experts:

• Both at the level of centres of expertise and European 
networks

• Full competence does not exist in any single member state

• Cross-disciplinary approach is needed to meet rare  
disease patients needs
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The Rapsody workshops outcomes

• Importance of coordination between professionals:

� Coordination within and between centres of expertise, within 
European networks, between centres of expertise and primary care

� Coordination between care and research activities
� An intelligent way of circulating information and organising the

continuum of activities by placing the patient at the centre and
making better use of existing expertise and resources

� In order to improve quality of care and to reduce the psychological 
burden of the patient ( feeling lost in the system, lack of support, 
language barriers)
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The Rapsody Workshops Outcomes

• Importance of a global approach( holistic, 
comprehensive) integrating medical and social 
aspects

� At all levels (primary care centres, centres of expertise, European 
networks

� Social support often underestimated
� Need to develop a common European approach to social services 

for rare diseases
� Specific administrative tasks for European networks to support 

patient mobility for cross-border care, addressing the 
reimbursement issue.
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The Rapsody Workshops Outcomes

• Capacity to pool patients

� The critical mass of patients is a condition for increasing scientific 
and medical knowledge on the disease.

� The identification of unknown aetiologies will help the management 
of complex and rare situations, but

� on the condition that enough patients can be enrolled in trials.
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The Rapsody Workshops Outcomes

• General expectations:
� Development of best practices, standards and guidelines for 

diagnosis, treatment and care of rare diseases at international level

� Dissemination of European reference diagnostic and therapeutic 
protocols will ensure equity at EU level by reducing the impact of 
the ” post code lottery ” and will increase trust in local services

� Provision of expert opinion, confirmation of diagnostic and 
therapeutic options.
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The Rapsody Workshops Outcomes

• Research activities at European and International 
level:

� Linking excellence of care with excellence of research, where the 
patients are and where the multidisciplinary expertise on the 
disease is

� Multi-centre clinical studies and facilitation of partnership with 
pharmaceutical companies

� Shared databases, shared biological resources (DNA,RNA, 
tissues, cells) registries (harmonisation of procedures), 
international epidemiological surveillance, pharmacovigilance.

� Participation in EU-funded research projects
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The Rapsody Workshops Outcomes

• Perform education and training

� Information and communication outreach activities with the public 
and the primary health care professionals( to improve referrals and 
follow up)

� Training activities for health professionals, including staff 
exchanges, meetings and conferences to exchange best practices, 
to harmonise processes and to disseminate standards and 
guidelines
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The Rapsody Workshops Outcomes

• Activities to empower patients.

� At different levels 

� Information, education, training

� To build patients and families capacity to manage the medical and 
social aspects of their rare disease, to enhance their autonomy,
increase their compliance and help improve their quality of life.
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The Rapsody Workshops Outcomes

• Collaborate with patient organisations at different  
levels:

� Patient organisations contribution to the management and 
evaluation of networks

� Facilitate the creation of patient groups
� Improve links and exchanges between professionals( care and 

research) and patients
� More broad links between European reference networks, research 

networks and patient organisations
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The Rapsody Workshops Outcomes

• A general agreement is that European reference 
networks should be:

� Initially evaluated and accredited at EU level via an agreed set of 
criteria (minimum set of standardised criteria and objectives)

� Regularly assessed on common indicators with soft values and 
hard values

There is a need to develop methods and tools for European 
reference networks to perform regular self-evaluation.
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The Rapsody Workshops Outcomes

• Soft values
• Cooperation with patient org.
• Patient oriented approach
• Improved outcomes
• Improved atmosphere
• Improved quality of life
• Avoiding unnecessary 

complications
• Awareness and knowledge 

dissemination
• Information provision to local 

centres 

• Hard values
• time to diagnose
• Waiting time
• Genetic consultation
• Multidisciplinary approach
• Cooperation with other centres
• Guidelines / recommendations
• Quality control
• International /national networking
• Economic assessment
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The Rapsody Workshops Outcomes

• Economic and management aspects of European 
reference networks

� Reference networks are perceived to be cost-effective
� They need proper funding for their specific European and 

international activities
� They need long term sustainable public funding
� They should be encouraged to share good governance practice, 

organisation, leadership, regulation, steering committee) and 
coordination practice between them.

� They should be able to disclose their procedures and their 
outcomes
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The Rapsody Workshops Outcomes

• Importance of flexibility when selecting types of 
centres belonging to the networks and flexibility i n 
relation to the geographic coverage of the networks

� No obligation for a network to have centres in all member states.
� Density of centres depends on population size. 
� European networks could play an active role in the accreditation of 

national centres of expertise
� Patients agreement to travel should be confirmed, detailed and 

responded to.
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The Rapsody Workshops Outcomes

� Different suggestions were made on the structure of the networks, 
with ” leading centres” and ” associated centres” and possible” sub-
national networks” with ” centres of competence”.

� Different type of centres and with different related diseases could 
be grouped within a European network

� Excellent contribution of new member states to European 
reference networks



4th ECRD 2007 Lisbon4th ECRD 2007 Lisbon


