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Objectives and process

Objectives: documentation of international rare disease appraisal and reimbursement processes

Questionnaire sent to
country experts (incl.
informed consent)

Identification of
country experts in EU
MS, EEA countries,
Australia, Canada,
New Zealand (N=37)

y

Questionnaires and
desk research done to

create country
vignettes (N=32)

Validation for
accuracy and
completeness &
follow-up questions
(N=32)

January 2018 - to date
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HTA appraisal/reimbursement processes for medicines to
treat rare diseases in all EU Member States, EEA countries,
Canada, New Zealand and Australia

HTA appraisal/reimbursement processes for rare disease
treatments (N=32)

------------------------------------------------- Rare Ultra-rare
New process* 5

Special criteria 2/2

/ Add-on process* 1 Add-on process |1/1 |1/1
Special criteria* 2
New process 5/5 |3/5

—I’Expedited process
4

Standard process
20

* Referred to as special processes in this presentation

NB. Many countries have named-patient programmes, but this is out of the scope of this research, iMPA@T HTA H
(Work in progress: results may change)




Overview of country special processes for rare disease
treatments f@ Ultra-rare conditions

(Work in progress: results may change) * Awaiting validation from country expert IMP@ HTA -



Overview of country special processes for rare disease
treatments :
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Ultra-rare conditions
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(April 2019): 3 year monitoring

. /

iMpacT HTA [BEl

(Work in progress: results may change)



Overview of main differences with standard processes

Special Rare Disease Committees ENG, LIT, SCT

More leniency around quality of evidence DE, NO, SCT, SW

NO, SW, SCT, ENG,

What Different requirements for economic evaluations SLO
characterises
. Additional criteria ENG, SCT
these special )

?
processes: Greater disease-specific input ENG, LIT, SCT, SW

DE, RO, SCT, LIT, SLO

Special reimbursement status
ENG, SCT, NO, SW,
SLO, RO

Greater willingness to pay
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(Work in progress: results may change) IMP@T HTA m




Challenges in appraising OMPs

p

CHALLENGES
[ Lack of good quality clinical data (5) ]
[ Lack of real world data ]
[ Justifying value for money (unacceptably high ICERS) ]
[ Monitoring treatment efficacy
[ Managing budget impact
[ Lack of criteria and transparency

[ Making arrangements work for all stakeholders

& No long term meaningful outcomes

(Work in progress: results may change)

Stated impacts (countries
with special processes)

More OMPs applied for are
reimbursed (5)

Allows reasonable
reimbursement considering
limitations (2)

OMPs privileged in
reimbursement process (1)
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Thank youl!

amanda.whittal@unibocconi.it
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