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The report and its aim

This publication is a report of the Eighth
EPPOSI Workshop on Rare Disease Therapy
Development and Partnering, held on 18 and
19 October 2007 in the Danish Parliament, in
Copenhagen.

The starting point for the workshop was sim-
ple: patients with rare diseases have no choice
over their disease but are as entitled to a treat-
ment as patients with more common condi-
tions. The aim was to build a platform for
consensus on what can be done, rather than to
establish an artificial one in an area where there
are many viewpoints and too few data. This
short report, accordingly, is not intended to be
a consensus view. Rather, it seeks to highlight
the main points that emerged during two
intense days of discussion and debate. The
rapporteur, Peter Wrobel, takes full responsi-
bility for this work.

What is a rare disease?

A rare disease is a life-threatening or chronically debil-
itating condition affecting not more than five in 10 thou-
sand (or 1 in 2 thousand) persons in the Community.

Source: Reg EC 141/2000 of the European Parliament and of
the Council of 16 December 1999 on orphan medicinal
products.

Executive summary

What is the reality of orphan medicines in
Europe? The truth is that no one really knows
the full picture. It is hard enough to find out
which medicines are actually on sale in which
European countries, and equally difficult to say
how many patients could benefit from orphan
medicines. When it comes to saying how many
orphan medicines may be on the market in five
or ten years’ time, or how large the potential
market is for these medicines, there is too
much guesswork operating.

In this uncertain climate, three approaches are
flourishing — hope, fear and frustration.

First, hope: for patients and their families who
for the first time in human history can start to
see treatments or even cures for intractable,
serious and often-life-threatening diseases.
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Second, fear: for the payers who look at the
prices of orphan medicines now and wonder if
the current crop of orphan medicines is just the
tip of the iceberg - that they face an avalanche
of new medicines and ballooning claims on
their already constrained budgets.

And lastly, frustration: for patients who see new
medicines but cannot gain early and equitable
access to them, and for the researchers and
companies who have created these medicines
only to see access to them delayed or denied
to many, many patients.

Against this background, EPPOSI brought
together around 120 stakeholders from patient
groups, industry, research, hospitals and
authorities from both sides of the Atlantic, and
the discipline of health economics to a work-
shop in Copenhagen in October 2007. The aim:
to see where the consensus lies, what facts we
know, how we estimate the value of innovative
medicines now (and in the future), what further
research is needed, and how we might go
about finding data and hardening up forecasts.

Despite all the uncertainties, a number of defi-
nite conclusions emerged as the workshop
progressed through three sessions: How to
estimate the value of an orphan drug; How
many orphan drugs for how many patients; and
How to communicate about orphan drugs in
the real-life setting. These conclusions, ampli-
fied in the report below, should make worrying
reading for policymakers but — unexpectedly,
perhaps — reassuring reading for the payers.

A. Kent, C. Lavery, W. Goettsch, E. Jessop, E. Tambuyzer,
T. Grgnnebeek, F. Borlum Kristensen, F. Meyer



What is an orphan drug or an orphan medicinal
product?

“Orphan drugs”, or in the EU “orphan medicinal prod-
ucts”, are medicines intended to treat diseases so rare
that sponsors (companies) are reluctant to develop
them under usual marketing conditions.

The process from the discovery of a new molecule to
its marketing is long (10 years on average), expensive
and, since much work is done in formerly uncharted
territory, very risky (of many molecules tested, none or
only one may have a therapeutic effect).

Under normal market conditions a company develop-
ing a drug intended to treat a rare disease may not
recover the capital invested for its development.

Industry and health authorities have jointly argued, first
in the US and then at national and European levels (the
European Commission) for the incentives required to
stimulate the development of orphan drugs; these
efforts led in 2000 to the European Parliament unani-
mously approving the EU Regulation on Orphan
Medicinal Products (EC 141/2000).

The review of all marketing applications for orphan
medicines is centralised through EMEA — the European
Medicines Evaluation Agency) with the goal of making
rapidly available, for rare diseases, medicines with a
level of quality, efficacy and safety equivalent to that
required for any other medicine.

The auditorium
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Put very briefly, the key messages are these:

1

Despite uncertainty about exact numbers,
there is no likelihood of an avalanche of
expensive new orphan medical products
within the next five or even ten years — not
such good news for patients, but payers
need not be alarmed about setting prece-
dents that would lead to an imminent expo-
nential rise in costs.

The real cost of orphan medicines may be
much lower than thought, once account is
taken of reduced costs in other areas, plus
the contribution that some patients may be
able to make to society through employ-
ment.

Equitable and timely access to orphan
medicines varies not just between countries
but also within them. That is a problem not
just for patients but for Europe as a whole.

Health technology assessment is a useful -
indeed vital — tool for decision makers if
adapted to the scarcity of available data, but
it can only be one element of the decision-
making process. But patients need to be
both won over to the concept and included
in the process as partners; and politicians
should recognise that the final decision is
theirs, a political rather than solely an
economic one.

More research can and should be done to
establish the real value of orphan medicines;
the number of patients in Europe with
orphan conditions; the likely number of
those conditions for which treatments (and
perhaps cures) will be found; and the
timescale over which those will be devel-
oped.

Good databases and patient registries -
preferably international — are essential to
establish how orphan medicines actually
work in real life.

In all these areas, there are examples of
good practice that can be followed and
developed.

Dialogue, partnership and transparency -
nationally and internationally — will hold the
keys to progress.



1. How to estimate the value
of an orphan drug

The scene was set by a powerful account of
inequalities in access to medicines. “One never
imagines parents could be put in a situation
where they had to beg for their child’s treat-
ment,” said a patient representative describing
precisely that situation as it applied to two
children in Scotland with exactly the same life-
threatening condition, an enzyme defect. One
of those children was enrolled in a clinical trial,
and therefore continued to receive treatment
from the company organising the trial at their
cost after the (successful) trial ended. The
other — the only other child in Scotland meeting
the criteria for treatment with the new drug -
was diagnosed fractionally too late to be on the
trial, and was denied funding for the treatment
when it became available.

The absurdity here is that governments all over
Europe support companies to develop innova-
tive medicines with economic incentives and
sometimes research money, but keep their
hands firmly in their pockets when it comes to
paying to use the medicines developed. For
example, NICE, the UK National Institute for
Clinical Excellence, regularly uses economic
arguments to control patients’ access to
innovative drugs. There is a significant discon-
tinuity between this and the policies adopted
by other governments towards the funding of
biomedical R&D - seen as a strategically im-
portant element of the UK’s future prosperity.
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There are better ways
of deciding these
matters. For exam-
ple, Christine Lavery,
from the MPS
Society and Eurordis,
presented a model
that is wused in
England to regulate
access to orphan
medicines for lysoso-
mal storage disorders
including strict diag-
nosis criteria, centres
of excellence, registries, treatment guidelines
and post-marketing follow up, and which may
be adaptable to other regions or disease areas.
And in fact a similar model exists in France.

Andrea Rappagliosi

Earlier, introducing the workshop, EPPOSI
Chair Alastair Kent had laid down a challenge
to health technology assessment: “The rhetoric
is unarguable. Of course we need to know
what works, for whom, what the cost is, and so
on. But the practice is imperfect.”

What is Health Technology Assessment (HTA)?

Health Technology Assessment (HTA) is a multidiscipli-
nary process that summarises information about the
medical, social, economic and ethical issues related to
the use of a health technology in a systematic, trans-
parent, unbiased, robust manner. Its aim is to inform
the formulation of safe, effective, health policies that
are patient focused and seek to achieve best value.

Source: EUnetHTA, www.eunethta.net

Despite its policy goals, HTA must always be firmly
rooted in research and research methods.

F. Meyer, F. Borlum Kristensen, A. Rappagliosi, A. Kent,
E. Jessop, W. Goettsch, P. Wrobel

That challenge was met, at least on the part of
EunetHTA, the European project on health
technology assessment, with a detailed expla-
nation of what health technology assessment
is, and what it isn’t. It can and should take
account of patients’ views. It is rooted in
research and research methods. But its output
is information on the basis of which politicians
and payers make decisions, not those deci-
sions themselves.
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Is cost really an issue? With some drugs cost-
ing more than €100,000 per patient per year,
that might seem like an odd question. But it’s
not many patients, and not many drugs. And in
any case, when you have such expensive
drugs, and patients who will die without them,
the purely economic criteria of health technol-
ogy assessment cannot apply. So society must
make moral judgements.

Even so, we are in general woefully ignorant of
the true value of a successful orphan medicine.
The workshop heard of a promising way for-
ward, represented by a long-term survey of
haemophilia patients in
The Netherlands. For 30
years, the patient asso-
ciation has been track-
ing a range of medical
and social parameters,
and can now show that
treated patients were
staying at work an aver-
age of 17 years longer in
2001 than they were in
1972. The study also
revealed the cost of
hospitalisation  where
treatment is denied: up to €100,000 a year.

Cees Smit

In a later discussion about communication,
results from the latest survey from Eurordis, the
European Organisation for Rare Diseases,
showed that variations in the actual ex-factory
price of orphan medicines in different
European countries were in a fairly narrow
band - between 94 per cent and 110 per cent
of the mean. Given such small variation, could
there really be a valid argument against the
concept of a centralised European ex-factory
price?

Conclusions

Health technology assessment for orphan
medicines

e Given that the questions being asked of
Health Technology Agencies are broadly the
same throughout Europe, it would make
sense to develop, in consensus, a model at
EU level for looking at health technology
assessment in the orphan medicines area.
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This would simplify the task for national
agencies, make efficient use of scarce skills
and knowledge, and speed the time between
development and access. A period of pilot-
ing work would be needed.

One model or not, there needs to be better
coordination internationally to reduce dupli-
cation of assessments.

The link between health technology assess-
ment and healthcare policymakers needs to
be strengthened.

Countries with limited experience of health
technology assessment should be support-
ed.

Health technology assessment should stay
transparent, comprehensive, and be firmly
rooted in established research methods.

Patient representatives should be included in
the conduct of health technology assess-
ment, in the same way as they are now
included in many other aspects of the
assessment of new medicines.

Work needs to continue on alternative statis-
tical models where randomised controlled
trials are not practicable ways of demon-
strating the quality, safety and efficacy of
novel therapies (for example, by virtue of low
patient numbers).

Health technology assessment is a research
methodology that informs political decisions
taken by our elected representatives, and we
all need to hold them to account for the way
they use the data supplied.

Jens Grueger




» We face European healthcare systems with
capped budgets that require hard decisions
to be taken. We must ensure the decisions
are taken on the best possible ground and
the hardest evidence.

QALYs

e There needs to be more discussion whether
QALYs (quality-adjusted life years) and other
tools for the estimation of cost and clinical
effectiveness can play a role, and if so, how,
in the assessment of the value of orphan
medicines, especially for very rare diseases.

e Surveys of public opinion consistently show
that people are ready to pay more than the
accepted cost-per-QALY ceiling for treating
patients with serious, life-limiting conditions.

Value and price

e Itis possible to do far more detailed work on
the values created by orphan medicines, in
particular in relation to the reduction of hos-
pital care, the cost of disabilities for patients
and their families, the ability to enter the
labour market and contribute to wealth
creation, and the contribution made accord-
ingly via taxation...

e ...but there seems to be unwillingness to
undertake the research. This failure needs to
be rectified.

e Industry needs to be transparent about how
it reaches its prices, and, as importantly, be
seen to be transparent.

e It is not currently possible to forecast the
price of an innovative medicine several years
before its launch, when its development is
not complete.

« A centralised European price might be easi-
er to achieve than has been thought, given
how small the actual variations between
different countries are.
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2. How many orphan drugs -
for how many patients?

It’s often the simplest questions that are hard-
est to answer. And so it turned out when the
workshop moved on to discussing some basic
issues that everyone — not least the payers —
would like to know. How many rare diseases
are there? How many patients? And of these,
how many are diagnosed? How many and
which conditions are treatable now? How
many might be treatable in the foreseeable
future? How many will need treatment?

In short, no one really knows the details yet.
But regulatory agencies on both sides of the
Atlantic indicate it is exceptionally unlikely that
payers will face a flood of new orphan medi-
cines in the next ten years, or longer. That’s
perhaps not such good news for patients, but
forecasts like this should moderate what many
see as rising anxiety among payers: whatever
the future holds, orphan medicines are not
going to bankrupt them, at least for a decade
or more.

Yet the uncertainties are startling. A broad
review of the published literature conducted for
the workshop revealed that definitions of rare
diseases vary, that many papers muddle preva-
lence and incidence (and confuse different
types of prevalence). Many patients remain
undiagnosed. The stark conclusion is that the
overall prevalence of rare diseases in Europe is
unknown.

What is prevalence?

Prevalence is the total number of cases of a disease or
of a specific characteristic in a defined population at a
given moment.

What is incidence?

Incidence is the number of new cases in a defined pop-
ulation during a defined period of time. Therefore, the
incidence measures the occurrence of diseases.

Source: Glossary of Public Health Technical Terms,
European Commission, 2006

The one ray of light here is that although the
exact number is not known, we do at least
have an idea. From the literature, a prevalence
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of rare diseases, all taken together, of around
3.5 per cent can be inferred; from an Italian
registry (in the Veneto), around 1 per cent; from
one study of hospital discharges, around 1 per
cent.

Of course, many of the rare diseases are
almost vanishingly rare. Overall, one estimate
is that if there were treatments for all orphan
diseases in the categories of rare diseases
where there are already orphan medicinal
product designations, about 1.6 per cent of the
population could be defined as treatable
patients. Knowing that only 1 in 10 medicinal
product in development successfully reach the
market, the figure becomes 0.16 percent of the
population. But given that medicines will not
exist for most theoretically treatable orphan
diseases for a long time, and that many treat-
able patients are not diagnosed, the number of
treated patients will be even smaller.

As to the number of rare diseases, it seems to
be in the region of 5,000 to 6,000 (depending
on how you define a disease), with around 5 or
6 new diseases being described per month.

But the data are weak, and much more
research on numbers is needed.

The workshop also heard three forecasts, two
from Europe and one from the US FDA, about
how many new orphan drugs can be expected
to enter the market in the foreseeable future.

One European forecast, from Eurordis, based
on a detailed statistical model, concluded that
the number of new orphan medicines entering

the market over the next 10 years is most -

likely to be in the region of 85 t0105, depend-
ing on the rate of drug discovery, time taken to
develop the drugs, and success rates in gain-
ing marketing authorisation. The American
forecast was slightly, but not greatly higher.

The second European forecast, from the
EMEA, focused not so much on actual orphan
medicines but on applications for marketing
authorisation. It saw no dramatic change in the
current rate of increase. Indeed, number of
applications could even plateau at 15 a year,
roughly the level they reached in 2006; 46 per
cent of applications so far are in the area of
cancer.

From industry the workshop heard the same
warnings about the difficulties of establishing
prevalence. Significantly, though, it also heard
about the contribution that a programme of
screening of newborn children could achieve.
A pilot programme has been conducted in
Taiwan: 135,000 children have been screened
for Pompe disease, establishing a prevalence
of around 1 in 34,000, with 4 patients identified.
The proviso: in other countries, the genetics
may vary — we just don’t know yet.

T. Nguyen, P. Tomasi, K. Westermark, F. Bignami, S. Aymé

Conclusions
Registries

» Patient registries are exceptionally valuable
repositories of data about specific diseases,
but there are too few of them.

e Registry design is a crucial area: think of the
data you would want to capture, even if only
for a subset of users (such as biomarkers, for
regulatory approval), and think about future
needs.

e Reimbursement authorities should be
involved in registry design, so that the data
can answer not only questions relating to
marketing authorisation but also those that
arise at the time reimbursement decisions
are made.

< Registries are resource-intensive to maintain.
It's not enough to set them up, they need
resources to operate and be maintained;
otherwise their data will be useless.
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e It is not sensible to set up registries at the
country level for very rare diseases - for
these, registries should be set up on the
European level.

- -

= We should consider prioritising the creation
of registries for the more severe diseases
that are amenable to treatment.

Access

e We need a much wider public discussion
about how the claimed willingness to provide
the resources for access can be delivered
meaningfully and sustainably.

e There is a lot of rhetoric about equity, solidar-
ity and access, but families have to fight
tooth and nail to get even a part of what the
law says they should have as of right.

Forecasts

 We need more research to validate the fore-
casting models being used and developed.

e Forecasts should look at future costs as well
as numbers of treatments.

Ségoléne Aymé
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3. How to communicate
about orphan drugs in a
real-life setting?

Communication challenges crop up every-
where. This is true not least in finding out just
how many patients with rare diseases are actu-
ally benefiting from orphan medicines in differ-
ent parts of Europe.

You would think it would be a simple matter:
ask the Member States what medicines are
authorised and which are reimbursed...ask the
companies how many treatments they are pro-
viding, and at what price...and voila, you have
the answer.

Sadly, that’s not how communication in real-life
Europe works today, as the fourth survey on
access by Eurordis showed. While many coun-
tries and companies are cooperative, some are
not — either through a culture of secrecy, or per-
haps because they don’t know, or maybe
because they just can’t be bothered to answer
a simple questionnaire.

The results — though qualified by the difficulties
in data collection — indicate that it is still taking
too long from European-level authorisation to
patients actually gaining access to new orphan
products. These products are supposed to be
accessible in each European Union country at
the latest one year after authorisation, yet in
many countries they are not.

One hopeful finding was that most countries do
eventually provide access, though this may take
many years. But generally speaking, the smaller
the country, the worse your chances of access —
which doesn’t say much for European solidarity.
And while patients wait, many die, as well.

Why all the secrecy about basic information?
There are no clear answers to this. The
European Union’s centralised procedure lays
down that companies must provide a break-
down of sales by country if asked by EU
authorities — but the authorities are not asking.
Instead, it is a voluntary organisation, Eurordis,
that is trying to find out. Why should patient
organisations have to act like detectives to
winkle out the facts?
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Communication with patients, policymakers
and politicians has its own challenges.
Everyone needs to recognise that the climate
has changed. Before the orphan drug legisla-
tion in Europe, the talk was of the need for
incentives. Then came the regulation, imple-
mented in an atmosphere of optimism about
the opportunities for constructive partnering
across all the stakeholder groups.

By 2005, however, a surge in approvals led to
payers becoming concerned over costs, while
patients were faced with huge diversity in
access. Scepticism about progress is rising.
Policy makers and politicians are starting to
mutter that the proponents of orphan medi-
cines were making too much fuss and
demanding too many privileges.

And industry itself faces big challenges. It is
perceived negatively by big swathes of society
— it is, some say too profit-oriented; only
positive trial results are communicated; and
patents are over-protected. But there is anoth-
er view — that industry innovates for unmet
needs, and is a major source of healthcare
products; that models of success generate
interest in the field; and that market exclusivity
does not equate with monopoly.

In some members of the European Union, there
is little communication between regulators,
patients and industry; even the basic struc-
tures of dialogue do not exist. All stakeholders
must work at creating those structures.

The answer is clear: the challenges of the new
climate must be faced head on, openly and
transparently, using the facts. And if the facts
aren’t there yet, then find them out.

10

Conclusions

Transparency

e Countries and companies should be more
willing to share data and be transparent and
open about the access they are providing to
orphan medicines.

e The European Union should use its powers,
where necessary, to extract this information
and publish it.

Data

e Good data are not just the responsibility of
industry. Physicians must improve their diag-
nostic skills as well in order to improve
knowledge of the true prevalence of rare
diseases and of the unmet health needs that
they represent.

e Standardised databases are vital, but stan-
dardisation has to be built-in at the start of a
project using criteria agreed across all
stages of the process of developing a novel
therapy and making it available to patients.

e Some companies say either they don’t have
the time to provide data, or that the data are
confidential. They need a discussion to make
them aware that unnecessary concealment
of data is counter-productive, and that
greater openness brings benefits to all.

B. Leufkens, E. Tambuyzer, T. Andersen, Y. Le Cam
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Communication

* We need to be better at communicating the
fact that innovation is a learning process -
one that can be aided by better registries
and innovative data sources.

» We are not good enough at communicating
the value of orphan medicines. Eastern
European countries in particular depend
upon clearly presented communication to
establish access.

e Industry, which provides the breakthrough
medicines, is often perceived unfavourably.
In rectifying this industry needs to engage on
a constructive dialogue with other interested
parties. It cannot shy away from contro-
versial issues.

e Personal engagement is always the most
powerful.

Birthe B. Holm,
Chair of the Workshop

“We need to talk to the public, not just each other, and engage personally. We need a
recipe for success in communication: we need to share knowledge, but we also need a
well-informed public, transparent grounds for decisions and an open dialogue between
stakeholders... and not least, brave politicians to make the right decisions.”

— Birthe B. Holm, workshop chair, closing the meeting.
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Programme

Thursday 18 October 2007

Opening - Alastair Kent, GIG / EGAN, Chair of EPPOSI
— Birthe B. Holm, Sjaeldne Diagnoser / EURORDIS, Vice-Chair COMP, Chair of the Workshop
— Torben Grgnnebak, Sjaeldne Diagnoser / EURORDIS

SESSION 1: How To Estimate The Value Of An Orphan Drug?
Chairs: Alastair Kent, GIG / EGAN and Andrea Rappagliosi, Merck Serono

Introduction — Andrea Rappagliosi, Merck Serono
The patient’s view on health technology assessment for Orphan Drugs: are there models?
— Christine Lavery, MPS Society / EURORDIS
Is HTA an appropriate tool to promote access to Orphan Drugs?
— Finn Borlum Kristensen, Danish Center for Evaluation and HTA (DACEHTA), EUnetHTA
Access in a real-life setting: Member States experiences go live
- France: Francois Meyer, HAS
— The Netherlands: Wim Goettsch, CVZ
— UK: Edmund Jessop, Department of Health
Questions & Answers
A case study: industry experience — Jens Grueger, Novartis
The patients’ view — Cees Smit, Dutch Genetic Alliance - VSOP
Interactive session with audience participation
Concluding remarks — Alastair Kent, GIG / EGAN

Dinner Debate — The Communication on the Consultation regarding the European Action
in the Field of Rare Diseases

Friday 19 October 2007

SESSION 2: How Many Orphan Drugs — For How Many Patients?
Assessing Treatable Rare Diseases And The Proportion Of Patients Eligible For Treatment
Chairs: Torben Grgnnebaek, Danmarks Blgderforening / EURORDIS and
Kerstin Westermark, COMP & Medical Products Agency, Sweden

Forecast of Orphan Drugs from epidemiological data — Ségolene Aymé, INSERM / Orphanet
Forecast of Orphan Drugs: perspective from modelisation — Fabrizia Bignami, EURORDIS
Forecast of Orphan Drugs: the FDA perspective — Tan Nguyen, FDA

Forecast of Orphan Drugs: the EMEA perspective — Paolo Tomasi, EMEA

Forecast of Orphan Drugs: an Industry perspective — Geoff McDonough, Genzyme
Interactive session with audience participation

Concluding remarks — Ségoléne Aymé, INSERM / Orphanet

SESSION 3: How To Communicate About Orphan Drugs In The Real Life Setting?
Chairs: Terkel Andersen, Danmarks Blgderforening / EURORDIS and
Bert Leufkens, Dutch Steering Committee on Orphan Drugs

Patients’ Access to Orphan Drugs in the EU: an EURORDIS survey — Yann Le Cam, EURORDIS

Orphan Drugs today: what are the communication challenges? — Bert Leufkens, Utrecht Institute for
Pharmaceutical Sciences

Industry’s communication about orphan drugs — Erik Tambuyzer, Chair EBE/EuropaBio Orphan Drugs
Task Force, Genzyme Europe

Interactive session with audience participation

Conclusion - Birthe B. Holm, Sjaeldne Diagnoser / EURORDIS, Vice-Chair COMP, Chair of the Workshop
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Medicines for the few —

how can society better understand the reality of medicines for rare diseases?

Patients’ Organisations, scientists, Biotechnology and Pharmaceutical industries highlight the
need to better understand the reality of treatments for rare diseases in Europe and make
concrete proposals to better communicate on the issue.

COPENHAGEN, Denmark, 19th October 2007 — One in 33
babies is born with a rare and serious genetic disease —
most of which have no treatment. Yet the burden of rare
diseases is immense and affects millions of individuals
across Europe. This week more than 120 stakeholders
from patients’ organisations, academia and the biotech-
nology and pharmaceutical industries came together for
the 8th EPPOSI Workshop on Partnering for Rare Disease
Therapy & Development in the Danish Parliament, in the
presence of HRH Crown Princess Mary of Denmark, to
assess how European society can better understand the
reality of rare diseases in Europe.

During the workshop, participants identified nine key
areas that need to be addressed to tackle the continuing
issue of rare disease treatments and their availability to
patients.

1. Several factors need to be solved simultaneously in
order to ensure rare disease patients have access to
treatments. That’s why cooperative dialogue such as
this is key.

2. Access to treatments remains a political policy deci-
sion. Health technology assessments can be used to
inform these decisions, but they remain policy deci-
sions to be based on societal values and preferences.

3. It is reasonable to ensure that we only pay for treat-
ments that work, but mechanisms are needed to
ensure that this does not delay or prevent access while
the evaluation is happening.

4. Suitable models do exist in several member states to
make sure that patients do get access. These could
serve as examples in other countries.

5. Access to rare disease treatments needs public
acceptance, support and solidarity. We all need to
have faith in our partners. Transparency and trust is
vital — another reason that we all need to work
together.

6. The EU’s orphan Regulation is a success. It is antici-
pated that, within the next 5 years, Europe will have
authorised between 85 to 105 new treatments, thanks
to the Regulation. A third of them are currently devel-
oped by Small & Medium-sized Enterprises (SMES).

7. Predictions of an avalanche of treatments eating into
healthcare budgets are largely unfounded. The evi-

dence shows that there is a large gap between theo-
retical numbers of patients and those actually treated.
Prevalence is largely over-estimated at the time of des-
ignation, not all patients are eligible for treatment, not
all eligible patients have access to treatment at coun-
try level, and not all patients are diagnosed in a timely
enough manner to allow them to be treated. While it is
clear we do not have this data, information on the real
situation should be gathered to allow us to identify
potential solutions.

8. Registries should continue to be established to gather
real-life evidence of the effect of available treatments
through a coordinated efforts at European or even
global level. The data should be made available to all
researchers and external audiences.

9. The European Clinical Trials Directive has a negative
effect on clinical research and development of treat-
ments in the field of rare diseases. It raises costs and
complexity — therefore, many companies choose to
conduct their trials outside Europe and academic
researchers do not organise trials here, meaning that
rare disease patients do not benefit from such
research.

Torben Grgnnebaek, chairman of Rare Disorders Denmark
and member of the European Organisation EURORDIS,
knows the difficulties of suffering from a rare disease. He
suffers from Wilson’s syndrome, which threatened his
physical mobility until he was finally diagnosed and
received the appropriate treatment; commenting on the
recommendations, he stated:

“Rare diseases are often overlooked, and because of
this the first obstacle is get the proper diagnosis.
Then it becomes a matter of treatment — does a treat-
ment form actually exist? It is not very lucrative to
develop and produce medicine for treating rare
diseases, which is why we need to create a better
platform for research and the development of this
type of medicine. We cannot allow ourselves to ignore
the sufferings of people afflicted by rare diseases
simply because there a few of them.”

EPPOSI aims to build dialogue and foster understanding
between all parties with an interest in human healthcare.
The joint recommendations developed in Copenhagen
will be shared with European experts and decision-
makers at all levels.
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EPPOSI

Eurnpaan Aattorn for Patenis’ Onoanistions,
Soleron ard Industry

A patient-led EU partnership of patients, academic science and industry,

working together to advance healthcare policies for the prevention and treatment of serious diseases

EPPOSI was founded in 1994 on the initiative of patients’ organisations, for the exchange of information and
the discussion of human healthcare policies in the EU.

EPPOSI puts patients first in this dialogue, providing a forum for patients, academia, authorities and
industry to discuss innovation and policies for healthcare, health technology, and the health outcomes for
patients, especially those affected by chronic, life-threatening diseases — including rare diseases.
EPPOSI’s ambition is to develop strategies that benefit present and future generations.

Objectives

To encourage timely and regular exchange of information between stakeholders on the latest develop-
ments in human healthcare related to (bio-)medical research, policy and regulations; on the ethical, social,
legal and political aspects of this type of research, and on biotechnology, notably for its application to
human healthcare

To promote a mutual understanding between patients’ organisations, science, industry, and EU institu-
tions

To contribute to equal access for all to human healthcare products and services in the EU

To support patients' organisations in presenting timely and effective contributions to the European
political debate on all matters that concern them

To raise public awareness in Europe on the opinion of patients and their organisations
To help sustain a dialogue within society on progress in medical science through new technologies

To advocate the development of therapies for unmet medical needs and to facilitate partnerships within
society

To function as an information coordination centre that encourages discussion, opinion-forming, and
public debate in the area of human healthcare

Achievements

EPPOSI focuses on building dialogue, consensus positions and policy recommendations for the benefit of
EU patients and consumers.

These consensus positions have provided building blocks for:

the establishment of the European Orphan Medicinal Products Regulation
the advancement of biomedical research and the value of innovation

the timely access to innovative medicines

several rare-disease therapy developments and partnerships

East-West European collaboration among patient groups

bio-banking

For more information, reports and publications, please visit our website or contact the EPPOSI office:
Rue de I'industrie 4, B-1000 Brussels, Belgium
Tel.: + 32 2 503 13 07
Fax: + 32 2 503 31 08

info@epposi.org - Www.epposi.org




