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MVIVAsErsenal background
> DJUien H‘l emophilia Study
IE Jr;ﬁ "HTA project
- mﬁ atlent/Consumer perspective
aCIUeTo whom ?
-—-,.!ﬁ_ealthcare Value Model

“» Problems with QALY’s

® Patients as active researchers
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_vf patient groups since 1971
erordinator Dutch Haemophilia Society
:—__f_{.ﬁﬁe ‘Dutch Genetic Interest Group

‘s EGAN, Eur Genetic Alliances’ Network
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e Aprll 2008, member CvZ Dutch Appraisal
Committee (Health Care Insurance Board)
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5/ M0 treatment fior haecmophilia
97 F , art of treatment

_L‘ litiative for a long-term study to
y the effect of treatment (med/social)

Sodas e 1971, five mail questionnaires
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= & | _|gh response rates

~® One of the few large follow-up studies on
effect of treatment for a chronic disease
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[fe-expectancy)
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_.-:_J AV rage age of men with haemophilia
"21: the start of inability to work
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1972 32
240101 49 Leiden, HIN-5, 2004



o ratlon of stay in hospital-
SSCVere and rﬁ'ﬁderate hemophllla—

B hemophilia
B Dutch men
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bsenteeism from scﬁool and work
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N0-HTA Projects(®

SVERApesItVe development to look tor innovation
NEHIAN (62 Indicators)

- JHJOOIE“ it indicators:

- _Lc" © 32; 35-38; 41-43; 45; 49-50; 60

g

* .é'ﬂuatlng health care innovations at an early

--ﬁ

-: 'siage IS absolutely necessary and Is often not
nappening or refused (e.g. health care insurance
reform in NL, RGO or labour reintegration, NL)




O-1HTA Projecta@)

AHEEEIATMportant additional tool at the
'oeg]nr' ofi the thinking process

SENIANY patients, now often perceived as
UIE "@ALY-concept and it comes at the end
= Ofi the process

f—:,At that stage it 1s very difficult to give
IAput from a patient perspective

* Will it lead to other decisions (go—no go)?
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Wihierare the stakenolders ?
Wele's rr patlent ?

WV ple) ,Jtn e comsumer ?
\/\/r.‘ ’svalue ? To whom?

i

j I‘nteractlve HTA (Reuzel, NL)
“e prioritizing studies (Broerse, Abma, NL)
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low premium
high own risk/
self payments

J;e_ :patient: Who'’s the best doctor ?
= What’s the best hospital ?
What’s the best medication ?
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"ffere-";' titudes en new technologies,
g. ] ',alth care with regard to:

= Genet modification
- 1_1@, blo)technology
SAnimal experimentation
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» Good, balanced stakeholder
representation needed, how to organize ?




Who's ﬂg_;;pat-i-@m? —

pment o) f cochlealr Implants

;a le@y not: accepted by the deaf
unlty, denial of their own

lre, sign language

,- 1ume Reuzel, NL)

, -‘Slmllar developments with regard to
prenatal diagnosis, embryo selection

(parents who want a blind child)
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@Velle to individual patient: treatment
YWIEE) ¢ m nealth benefits

2 Velltfs 10 healthcare system: treatment
| vw ig best health benefits relative to costs

: -ﬁ Ue to payer: treatment with lowest cost

BvE Value to society: treatments with health

and social benefits relative to other uses
for public funds
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(Durhane Wong-Rieger, CORD, EHFG, 2008)



~ Outcome
e —— Treatment to those in need
Driving Force

Need for treatment, rescue
Principle

Rule of rescue, individual good

Most access to all
Driving Force
Informed public, expert support
Principle

People’s Choice

Desired Outcome

Most treatment

Driving Force:

HTA to support most patient access
Principle

Level Playing Field

19
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SENANLE SUPPOeKT cost containment
- VErsus
o HTA_{': most patient access
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o - ost European patient groups rather
F: ‘ertical of HTA/QALY-approach, because
QALY’s are perceived as life-threatening
and patient values as undervalued
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rlJJer‘ff aninimoest QALY-dIScussions

(reipleje ofi 20.000 — 80.000
EUfg/E ) "LY/year
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| haemophllla 130.000 Euro

erage for all people
W|th haemophilia
In the Netherlands: 37.500 Euro
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eflection possilie

SOERAIOINE development of a haemophilia
ree"rrrw [ rietrospectively with:

i
ero -H A Approach
- rm ALY -concept

| U] ﬂ1es Il the treatment process (Viruses, need
=~ for safer technology, recombinant technology)

:‘a-'R“esuIts ‘Long term outcome’ study
® Need for cheaper technology (industry, patients)
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Zinnige en

duurzame zorg

Rechtvaardige en

duurzame zorg

Zicht op zinnige

en duurzame zorg
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ENeouncilorPublic Health and Health Care
RVZ)racdresseadl the issue as to which criteria
SHOUIC He applied in order to identify priorities
for the funding| of care from collective resources

= H:I*“fhe media:; A maximum QALY of 80.000 Euro

= *The report left two key guestions unanswered:
‘what constitutes ‘fairness’ and ‘what roles and
responsibilities do the various stakeholders have
In the prioritisation process?’
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=Vidence Based ViediCine

enginally, combination of three elements:

~ Gozlle J‘ he treatment (needs and wishes
o) f pa £ nts)

~ r{re T of effectiveness of treatment

= mlcal expertise of medical professionals

—

* Now, EBM/QALY Is moving to an economic
goal, to limit the costs of health care



Honlems with QAILYES (1)

S OIIIE COSTLS & benefits are overlooked
> Logle J—"F informal care from parents
2 1L0SS 01 [Fcareer-perspective

firom ‘one of the parents

"" ﬁ'g—term loss of labour-productivity

- -

‘Long-term loss of tax-payments
People with diseases have less to spend
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Blemswith QALY

V/ ple use specific care or
jom, this will lead to a higher price

e QALY—instrument less effective to take Iinto
account the frequency of a disease
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=thics,and QALY

WAt tor ofifier a patient, Wwhen society
HNESIE _Jreatment too expensive

"= Requires hospitalization: 100.000
Euro



Wigat'is efitenrovereoked

EEGplen the EUlvalue good health care
(_;)\J\/:‘CL’-:_ Nice Citizen Council 2004)

2 EU \_j\ ants to stimulate development of
Jfﬁ an drugs, MS have cost problems

—— nvmg a car: accelerate and brake)

: .Health as an Investment in society:
Employment, knowledge economy, etc.
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PNINIEE traditional roles:
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i@ orﬁ de Information
o) -':=' or & Organise peer support
o _jalay an advocacy role
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A fourth, new role:
participation & consultation in research
through ‘Experience Based Knowledge’
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& Patricik Terry, two Kids with PXE

9 )5 they started In the USA to work on
pdiaising & organizing the research to
e cause of PXE and the road to
tment

__‘_-.——

= J“A“non -profit company, 52 offices/world

— s Within 10 years material from 2.000 PXE
patients was collected and analyzed

® They found the gene ‘ABCC6’ for PXE

® The patent rights of the ABCC6-gene were
assigned to PXE International
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> 'here | 1N EUrope a need to train patient
JFJIJO\- IR HTA-methodology and challenge
these oncepts against their own ‘real life’
Jmc act and long-term outcome studies

ﬁderstandlng HTA” of Health Equality
= +Group (June 2008), by Karen Facey

* HTA Summer course, Eurordis, 2010
* Inno-HTA also here an important tool
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en | started on MPSII Enzyme
i)cement Therapy, In the six minute
‘test | could walk 16 metres. At my
SIX I minute walk test last week | could walk
: *"';a “metres and further if | hadn’t ran out
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=  of time. ERT has changed my life!’

=
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e Writing a letter, comb my hair, etc.
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W ERpositive development to look to the
igly ova'_, component in HTA

- Jnru- TA Important additional tool

- Bet 'r starting-point for discussions with

'-_

_____, :ropean patient groups than the actual
_‘—‘ 'dlscussmn on QALY’s

o Increasmg tendency within patient groups
to engage In research & fundraising
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