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About the European Social Insurance Platform (ESIP)

The European Social Insurance Platform (ESIP) represents Europe’s social insurers
in fourteen EU Members States and Switzerland, active in the field of health
insurance, pensions, family benefits, occupational safety and accident insurance and
unemployment insurance. The aims of ESIP and its members are to preserve high-
profile social security for Europe; to reinforce solidarity-based social insurance
systems and to maintain European social protection quality. ESIP builds strategic
alliances for developing common positions to influence the European decision-
making process and is a consultation forum for the European institutions and other
multinational bodies active in the field of social security.

About the Medicine Evaluation Committee (MEDEV)

The Medicine Evaluation Committee (MEDEV) was established in 1998 as a standing
working group of the European Social Health Insurance Forum, which comprises 16
national liaison agencies, associations and institutions for social health insurance in
the EU Member States and Switzerland. Today, MEDEV represents the drug experts
and pharmacologists of the national social health insurance organisations and other
competent bodies in 14 EU Member States. The principal purpose of MEDEV is to
provide the national health insurance organisations and other competent bodies with
timely analyses about drug related trends and innovations at both national and
European level. Further, with the overall objective of providing a necessary
counterweight to the pharmaceutical industry, especially at EU level, MEDEV aims to
support the EU’s activities in formulating drug policies by giving input from the point
of view of the statutory health insurers’ and other competent authorities. MEDEV can
offer expert advice to all EU bodies from the earliest stage of the pharmaceutical
decision-making process and help them analyse the possible impact of drug-related
policies on national health schemes.

For more information please visit the ESIP website at: www.esip.org
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SUMMARY The MEDEV Committee and ESIP welcome the various initiatives that have
been outlined in the Consultation Paper on rare diseases (RD). At the same time, we voice
our serious concerns about the accumulating costs to the health care systems in the MS as a
result of the steadily growing numbers of orphan drug designations and marketing
authorisations rising out of the existing incentives provided by the Orphan Medicinal Product
Regulation (Regulation (EC) No 141/2000) since its introduction in 2000. A comprehensive
review of the impact of this Regulation on MS health budgets should be undertaken with a
view to its revision in the near future.

Q1: is the current EU definition of a rare disease satisfactory?

No. The Commission document starts with a definition of rare diseases in which qualitative
elements referring to the disease severity and ‘high level of complexity’ are mentioned in
addition to a low prevalence, which according to the common definition of RD in the EU is set
at affecting less than 5 in 10,000 persons in the EU.

Part of the problem affecting the accessibility of orphan drugs is the prevalence of a rare
disease. Particularly from the viewpoint of affordability in various Member States (see Q8), it
is strongly felt that the currently defined EU prevalence rate is too high. As such,
diseases are included that in some Member States (MS), which apply stricter thresholds, are
not considered rare diseases and/or for which adequate treatment is available. Even if the
prevalence rate were lowered to 1 in 10,000, about 1,500 diseases would still be recognised
as “rare” (Orphanet review, July 2007).

A specific policy for tackling the problem of rare diseases can only be successful if the policy
is aimed at diseases for which problems really exist. There is a substantial risk that future
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measures will apply to a much broader category of diseases, thus diminishing the positive
effect for those diseases where there are recognised problems and unnecessarily increasing
the costs for what would otherwise be defined as 'normal' therapies. We would like to see a
definition of “rare diseases” that takes the problematic nature and the severity of the
diseases to which the policy is aimed into account. We refer you to the recent “ultra orphan”
discussion in the UK (refs.1-3).

The actual situation of having different definitions of “rare diseases” in the different MS is
unsatisfactory. There should be one EU-wide definition which can be accepted by all MS and
it should aim to be consistent with definitions used by other countries and organisations.
Further, it should include a cost-benefit postulation as is the case in the USA: “…and for
which there is no reasonable expectation that the cost of developing and making available
…will be recovered from sales…” (See the RD act of 2002 (HR 4013) and the US Orphan
Drug Act).

Finally, the issue of ‘slicing’ should be addressed, whereby an indication designation is
subdivided into various less comprehensive designations, ultimately leading to a
disproportionate rise in treatment costs (ref. 4). This issue exists for diseases in general as
well as for diseases which already have an orphan designation.

Q2: do you agree that there is a pressing need to improve coding and classification in
this area?

Yes. In addition to our answers to question 1, above, it should be evaluated whether a sub-
classification into “rare diseases” and “very rare diseases” might be helpful.
Further in this context, we welcome the promotion and cooperation between EU and WHO in
the process of revising the ICD.

Q3: can a European inventory of rare diseases help your national/regional system to
better deal with RD?

Yes. Every initiative that increases the knowledge base and contributes to the exchange of
knowledge regarding rare diseases, both from the point of view of therapy but also of policy
is to be welcomed.

Q4: should the European Reference Network (ERN) privilege the transfer of
knowledge? The mobility of patients? Both? How?

- a - should the ERN privilege the transfer of knowledge? How?

Yes. Improved transfer on knowledge is to be welcomed and the ERN could play a major
role in this. The European Reference Networks should privilege cooperation between
national/regional centres and the transfer of knowledge about orphan diseases among the
MS. The information should be periodically audited by e.g. EMEA and made accessible as a
database like the Orphanet database. The trials should be collected and evaluated on the
basis of the criteria of “evidence-based medicine”. These could also serve as a basis for
therapeutic and diagnostic guidelines.
The prices for a therapy and especially for the medicinal products should also be listed in
such a database in order to achieve complete transparency.
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- b - should the ERN privilege the mobility of patients?

No. The right of a patient to seek medical treatment in another MS is established in EU law.
Further, MS may choose to send certain patients abroad for specific treatments. However,
increasing patient mobility in itself should not be a goal of policy. Without a thorough analysis
of the problem we cannot support a policy to privilege the mobility of patients via the ERN or
other means, especially since such a policy will have a substantial MS-dependent
component (e.g. regarding reimbursement). At least in part this would raise the issue of
affordability.

Q5: should on-line and electronic tools be implemented in this area?

Yes. On-line and electronic tools are essential for the exchange of information. We could
envisage the establishment of a network of national and European centres of expertise /
reference. Further, a central trials database would be welcomed.

Q6: what can be done to further improve access to quality testing for RD?

Providing a platform for improved European collaboration in this area would facilitate
the exchange of best practices and scientific knowledge in Europe. In particular, it could be
relevant to facilitate the development of guidelines on which patients should be
recommended for certain tests on a European level. The aim should be to shorten the time
between onset of symptoms and a definitive diagnosis. Furthermore the development of
common registries is very important.

Q7: do you see a major need in having an EU level assessment of potential population
screening for RD?

No. However, if an EU level initiative is limited to the independent collection of data on
efficacy, effectiveness etc. of screening, then this will add to the overall knowledge base. The
appraisal of these facts and the decision whether or not to implement a particular measure
should be made on the MS level. This also applies to primary preventive measures.

Q8: do you envisage the solution to the orphan drugs accessibility problem on a
national scale or on an EU scale?

Both. In addressing the question of whether the solution to the problem of unequal access
should be tackled on a national or European level, the following questions need to be
answered:
1) What are the most important factors that determine this inequality?
2) Which of these factors are considered problematic?

In our opinion, the most important factor behind unequal access to orphan drugs within the
EU is that of different affordability levels in the different MS.

In this context, at a European level, consideration should be given to the question whether
the current marketing authorization system for orphan drugs needs to be fine-tuned with
regards to regulating the monopolies it creates. The problem of affordability described above
seems to indicate that the present system does not provide adequate checks and counter
measures to the monopolistic status granted to manufacturers of orphan drugs by their
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market exclusivity. In our opinion the possibility of price differentiation, which take into
consideration the differences in willingness/capacity to pay, should be part of the conditions
to which companies should comply when they are granted marketing authorisation.

We share the vision of equal access to drugs for rare diseases throughout the EU;
nevertheless MS have to be allowed to take their own decisions regarding reimbursement.
Justified inequalities in the mode of access can arise as a result of different opinions on the
therapeutic value of an intervention or MS-specific health-economic factors (see refs. 1-3).

Q9: should the EU have an orphan regulation on medical devices and diagnostics?

No. The development of an orphan regulation on medical devices and diagnostics should not
be pursued at this time. Medical devices already on the market are not “rare disease”
specific. Instead, efforts should be made to compile and diffuse current knowledge on
existing diagnostic tests throughout the MS.

Q10: what kind of specialised social and educational services for RD patients and their
families should be recommended at EU level and at national level?

In our opinion, the majority of the services described are not specific to rare disease patients.
Further, the choice of services will be case dependent. With the exception of information
services and help-lines, where a central European initiative could be helpful, the decision
whether or not to implement the described services should be made at a national level based
on specific health economic factors in the MS.

Q11: what model of governance and of funding scheme would be appropriate for
registries, databases and biobanks?

The creation and maintenance of registries and databases should be harmonised at EU level
to ensure that they are publicly accessible across the EU. Public funding should be allocated
to these services.

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?

On the one hand, all initiatives to improve knowledge about the optimal treatment of patients
with a rare disease are welcomed. On the other hand, we should not create a situation in
which the majority of research is done using public funding while the profits are made
privately by industry selling the developed drugs to the same public. Involvement of the
private/commercial sector should be strictly regulated to prevent abuse if this involvement
leads to a monopoly-type situation. (See answer to question 8)

Further, all data gathered from patients should remain in the public domain, including those
targeted for commercial exploitation.
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Q13: do you agree with the idea of having action plans? If yes should it be at national
or regional level in your country?

Yes; at national level. European guidelines can be useful when they limit themselves to the
dissemination of knowledge and/or information on best practices and to coordination of
national programs at the EU level. The decision whether or not to implement action plans
should be the responsibility of each MS.

Q14: do you consider it necessary to establish a new European Agency on RD and to
launch a feasibility study in 2009?

No. In our opinion, establishing a new European Agency on RD is not necessary at this time.
We believe that many of the goals outlined in the consultation paper can satisfactorily be
achieved by the existing responsible bodies at EU and national level, in particular the
scientific committee responsible for establishing opinions on orphan designation within the
EMEA (COMP). This committee brings together national specialists on rare diseases and
can also call for cooperation from other specialists in the field of rare diseases.

Ideally, we would favour the establishment of a cooperative network of national bodies and
experts to facilitate the exchange of information and practice and whose activities are
coordinated through a central committee. A feasibility study along these lines would be
welcome.
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This position paper has the support of the following ESIP member organisations in so far as
the matter lies within their field of competence:

AUSTRIA HVSVT Hauptverband der österreichischen Sozialversicherungsträger, Vienna

BELGIUM ONP/RVP Office National des Pensions/Rijksdienst voor Pensioenen, Brussels

CZECH REPUBLIC CSSZ Czech Social Security Administration, Prague

FINLAND ETK

FAII

TVR

The Central Pension Security Institute of Finland, Helsinki

Federation of Accident Insurance Institutions, Helsinki

Finish Unemployment Insurance Fund, Helsinki

FRANCE FNMF

CNAF

CNAM

CNAV

CCMSA

Fédération Nationale de la Mutualité Française, Paris

Caisse Nationale d’Allocations Familiales, Paris

Caisse Nationale d’Assurance Maladie, Paris

Caisse Nationale d’Assurance Vieillesse, Paris

Caisse Centrale de la Mutualité Sociale Agricole, Paris

GERMANY IKK-BV

LKK-BV

VdAK

AEV

Kn

DGUV

BLB

DRV

GLA

Bundesverband der Innungskrankenkassen, Bergisch Gladbach

Bundesverband der landwirtschaftlichen Krankenkassen, Kassel

Verband der Angestellten-Krankenkassen, Siegburg

Arbeiter-Ersatzkassen-Verband, Siegburg

Knappschaft, Bochum

Deutsche gesetzliche Unfallversicherung, Berlin

Bundesverband der landwirtschaftlichen Berufsgenossenschaften, Kassel

Deutsche Rentenversicherung Bund, Berlin

Gesamtverband der landwirtschaftlichen Alterskassen, Kassel

ITALY INPDAP

INPS

Istituto Nazionale di Previdenza per i Dipendenti Dell'Amministrazione, Rome

Istituto Nazionale della Previdenza Sociale, Rome

LUXEMBOURG ALOSS Association Luxembourgeoise des Organismes de Securite Sociale, Luxembourg

THE NETHERLANDS SVB

CVZ

Sociale Verzekeringsbank, Amstelveen

College voor Zorgverzekeringen, Diemen

POLAND ZUS The Social Insurance Institution of Poland, Warsaw

ROMANIA CNAS Casa NaţionalăDe Asigurări De Sănătate, Bucharest

SLOVAKIA SOCPOIST Sociálna poisťovňa, Bratislava

SWITZERLAND SUVA Schweizerische Unfallversicherungsanstalt, Lucerne
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This position paper has the support of the following MEDEV member organisations:

AUSTRIA HVSVT Hauptverband der österreichischen Sozialversicherungsträger, Vienna

BELGIUM INAMI/RIZIV Institut National d'Assurance Maladie Invalidité - INAMI / Rijksinstitut voorziekte- en
Invaliditeitsverzekering - RIZIV, Brussels

FRANCE HAS

CNAM

Haute Autorité de santé, Paris

Caisse Nationale d’Assurance Maladie, Paris

GERMANY IKK-BV

VdAK

Bundesverband der Innungskrankenkassen, Bergisch Gladbach

Verband der Angestellten-Krankenkassen, Siegburg

HUNGARY ESKI

OEP

National Institute for Strategic Health Research, Budapest

Orszá Egészségbiztosítási Pénztár, Budapest

LUXEMBOURG UCM Union des Caisses de Maladie, Luxembourg

THE NETHERLANDS CVZ College voor Zorgverzekeringen, Diemen

PORTUGAL INFARMED National Authority of Medicines and Health Products, Lisbon

SLOVENIA ZZZS Zavod za Zdravstveno Zavarovanje Slovenije, Ljubljana
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