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VotingDevices

Session 16 and 20Room B 9.00am to 10.30am AND 11.00am to 12.30pm
15 May 2010

APlease leave your voting
devices with volunteers at
the door every time you
leave the room!




D)
PlayDecide session: Is there an upper limit on the cos
society is willing to pay for a single patient?
The case of orphan drugs

Session 16 and 20Room B 9.00am to 10.30am AND 11.00am to 12.30pm
15 May 2010

Chair:
A Mr Francois Houyezjealth Policy Director, Eurordis
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A Mr Andrea BandelliEuropean Network of Science Museums Ecsite
A Mr Michael CreekEuropean Network of Science Museums Ecsite
A Mrs Marta FikusKrynska Kopernicus Science Centre, Poland

A You!
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Next sessions

COﬁeebreak 10.30to 11.0 am Sponsore@ SWEDISH ORPHAN INTERNATIONAL

Conference Sessions from 11.00 to 12.30 pm

Session 17: Cro8®order Activities of Centres of Expertise Room A

Session 19PlayDecidé&ession Preimplementation Genetic Diagnosi Room GEnglish
(interactive sessiowith voting devices). and Polish

Voting devices are sponsored 2§

Session 2(PlayDecidé&ession Is there arupper limit on the cost Room B (English)
society is willing to pay for a single patient? The case of orphan drugs.
(interactive sessiowith voting devices)

Voting devices are sponsored 2§
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POLKA
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Scenerifor Rare Diseases

LYy ftAYS AGK 9dzNPNRAAQ YA&aaiazy
advocate on issues that affect them.

A PATIENTS&should be directly consulted on policies
that affect them

A CONSENSUS:reated a united voice adds weight to
our opinions

A PREFERRED SCENER#I should all have strong
opinions, but in the real world we must sometimes

compromise
m
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A Michael Creelg mcreek@ecsite.eL' &
ECSITE Projects Coordinator
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Health Policy Director, EURORIRQIBOLKA project manager
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Principles oPlayDecide

A Policy makers understand the need to involve
society so that decisions on science and technology
reflect public needs and concerns

A But how can society become more effectively
Involved In decisioAmaking beyond giving our views
In polls or surveys?

A Play Decide
A Empower patients
A Collect opinions




g

www.playdecide.eu

Today:
A Is there an upper limit on the cost society is willing to pay for
a single patient? The case of orphan drugs.

Tomorrow:

A Cross Border Health Care

Neonatal Screening

Pre-implantation Genetic Diagnosis

Stem Cells

Diagnosis , Information to the patient, Genetic counselling

v v v D

>\

All downloadable orwww.playdecide.euin 22 languages



http://www.playdecide.eu/

PlayDecide

Get more information

A In your delegate bags

A At the Play Decide stand

A On the websitewww.playdecide.eu
A From Eurordis

i


http://www.playdecide.eu/

D
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This session

A This interactive session is somewhat
unconventional but fitting to present an
Interactive tool

A Allows for discussion with audience

A Collection of opinion through voting devices
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How to Play

¢ KNBES LIKIFasSax LI dza 2y

1. Gather information
2. Discuss

3. Vote

4. Upload results
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DisScuss

Pre-implantation Genetic

Story Card Info Card hsue Card
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White Card

Yellow cards
White cards

uster cards

Name of eluster

Which conalusions does this cluster lead you to?

Cards in this cluster:

Info Carit Inwuw Card Story Card Wiits Cardd
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Challenge cards



Vote

Policy positions for Pre-implantation Genetic Diagnosis

Positions

1

Market iz unregulated. It is possible and acceptable for
couples to ablain a test for gender and perscnality
traits on an embryo if they want it

2

Controls on who can carry out genetic disease testing
involiing designated professional organisations and a
woluntary code of practice. This is managed by an
independent body. Mo licensing.

3

Only to be used for genstic diseases with serious
medical conseguences, not for gender or persenality

traits. Licenses issusd for specific tests and conditions.

Independent monitoring and evaluation.

4
Lizensing and stringent monitoring and evaluation. In
sach country, an independent body (like The Human
Fertilization and Embryclegy Autharity in the LK) will
license new tests and record each test carriad out.

Or propose

Support

+++

Acceptable

Not acceptable

Abstain | I |

your own

D)
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Upload

@ AR RS Create a Polka account.
J:,"’V .
Announce your upcoming

Play Getinvolved View the results Share your results event

>

Learn how to play, choose a topie and download a decide kit to start with
a game, O connect with other users through their sharved experiences

™

Download and prepare
Play ————) games_

S e ——————————

Noose your kit from 11 toples In more than 20 languages Check Howtoplay
it the toples avallable, download the mstructions and start Get decide kit z -
playing ot A Play Decide!
Get support
Get support L 4
& % A Go back to the event

“-'/n‘l“lr-\ “"“"”““ Created .
| Add results.
Get an event report.

See overall results in your
country and beyond.

DEGCIDIE

KITS Wl i

Gt support

> >




How to vote today

AProgrammed voting devices

APractice questions
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Question 1

Are yOu a 1 ¢ morning
) 2 ¢ night
m()rn|ng 3 ¢ neither

4¢ IR 2 ykGblw




Question 3

Doyou prefer

sweet ! sweet
s 2 ¢ savory

o Ventot? 3 ¢ both

acL ng'Ql'j 1

r - 7\*:‘ ' ":' ke,
LS g
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Question 2

Do you like
CNJ y 2 Z\Z;%Tfh!
3 ¢ not really

4 ¢ definitely not!




How do
you
identify
yourself?

Question 4

1 - Patient/patient
representative

3-

—amily member or carer
Healthcare professional
Researcher

Policy maker

ndustry representative



Question 5

How many orphan pgetween:
medicinal products 1 -0 and 20
do you think have 2_20 and 40
been market 3-40 and 60
authorised since  4-60 and 80
20007
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Orphan Drug Expenditures

Introduction

Is there an upper limit on what should be spent on a single patieqgtPhe case of orphan
drugs.

In the European Union, around 30 million people suffer from rare diseases. The EU defines
a rare disease as a disease which affects less than one person in every 2,000 people.
Because expected sales for drugs to treat rare diseases are small, there is little incentive for
drug companies to develop new therapies to diagnose and treat such disorders.

In 1999 the EU unanimously passed the Orphan Medicinal Products Regulation, to
encourage industry to develop therapies for rare conditions by giving financial incentives.
Orphan drugs are drugs developed for diagnosing and treating rare diseases. In the current
aeausSYz RNHZA OF yRARI GS& | NButRedthraughal SR | &
centralisedeuropean procedure. Availability and reimbursement remain a national
responsibility. Although orphan drugs can improve health for millions of people, their high
development costs, a small market and marketing exclusivity mean that tend to be very
expensive for the patients and health care systems.

The case of orphan drugs raises important issues such as:
A How can you put price limits on human life?
A How can treatments for such rare diseases be properly evaluated?

A s it fair that individuals with a rare disease have more money spent on them per unit of health gain
than patients with similar health problems arising from more common diseases?

A Should companies producing orphan drugs keep all their current benefits?



Story Cards




Story Card 3

Alexandru Dumitrescu

I suffer from a rare disorder. I always
hoped for a treatment to appear and a
tew years ago our doctor told us that a
drug was coming in the market. A few
months ago I saw on the internet that
the medicine is one of the newly
designated orphan drugs. I thought this
would mean I could have it. This 1s not
true. The pharmaceutical company
obtained marketing authorisation in
Europe as it 1s effective and relatively
safe. But in Romania the decision was
not to reimburse it. It 1s confusing and
incredible to know that a treatment
exists but you cannot get it..

e



Story Card 4

Fiona Javara

When I became 27 I learned that I
suffer from multiple sclerosis. Even
since then I have managed to live an
active life controlling my condition
with drugs. Nevertheless, I live with
the possibility that these drugs may
one day stop being effective. I heard
that the national health system denied a
new treatment for my disease, finding
1t not cost effective (not “worth 1t for
society). At the same time it 1s paying
tor the treatment of one girl with a rare
condition that costs €100,000 year
while treatment for my more common
disease (affecting between 1 and 1000
people) would only cost €15000 a year.
I feel really concerned about this



Ccomments?
Questions?




Info Cards




Info Card 3

Reimbursement of orphan
drugs

The main factor that determines
access to an orphan drug is the
reimbursement by national health
Insurance systems. The annual cost
of these treatments (€ 6000 to € 300
000) is beyond the budget of average
households.

aa (]
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Info Card 11

Cost of orphan drugs in
overall budget

The cost of orphan drugs is not a
major concern today for the member
states (they make up one percent or
less of most nations’ pharmaceutical
budgets)...

e
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Info Card 16

Orphan drugs in the market

In some countries a proportion of
licensed orphan drugs never reach
the patients because they are too
expensive

39
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Info Card 14

Approval of orphan drugs in
the UK

In the UK for every £30,000 spent
prescribing an orphan drug, the
benefit for patients must add up to
the equivalent of one patient living a
year of good-quality life. Other
countries also reimburse based on
this method, but have different
thresholds.

2 )



Info Card 7

Drawbacks of orphan drugs

Orphan drugs are often expensive to
produce and, by definition, will benefit
only small numbers, therefore their
price is often really high in order to
compensate company’s costs.

ded
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Info Card 19

Lack of harmonisation across
Europe

Current EU regulation leaves to
I\/Iembbr States the practical
implementations on orphan drugs
resulting in a lack of harmonisation
even across the countries
themselves. Some EU citizens may
have access to a given drug, whilst
others don’t, depending on where
they live.

93 9o
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Info Card 9

Cost of a patient without
orphan drug

A survey of haemophilia patients (a
rare disease) in the Netherlands
showed that treated patients were
working 17 years more in 2001 than
in 1972. Cost of hospitalisation where
treatment is denied can reach
€100,000 per year.

Db
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