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HTA and payer perspective

Decision-ready PROs & PROs in joint clinical assessment




Disclosures and conflict of interest

* | currently work as an HTA expert at INAMI (Belgian National
Health Insurance)

* | previously worked in hospital settings as a medical doctor
* | have no financial relationships with pharmaceutical companies

* | speak today in my personal capacity and the views expressed are
my own

* This presentation has not been validated by INAMI or the EU HTA
Coordination Group



Why PROs matter to payers

* Changing the « does it work? » into « does it help patient live better
and/or function longer? »

* Quantifying symptom relief, treatment burden, functioning and
quality of life

* PROs are useful when they change the perceived net benefit
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Challenges of PROs use in decision making

What we often see in dossiers:
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... and no clear conclusions




Challenges of PROs use in decision making

* Relevance: Are we measuring what patients actually care about
(not just what’s easy to measure)?

* Quality & bias risks: missing data, informative dropout, open-label
effects, multiplicity.

* Interpretability: what is a meaningful change (MID/thresholds),
timing of assessments, deterioration definitions.

* Reporting gaps

* Translation into policy: clinicians/patients/payers don’t always
Interpret effect sizes the same way.



« GOOD » PROs

v'Relevant endpoints for patients
and clinicians

v'Use of robust, validated
mesurement instruments

v'Clinically meaningful thresholds
v'Prespecified hypotheses

v'PROs as secundary endpoints,
not exploratory

v'Transparent reporting of all
results




PROs in EU-Joint Clinical Assessment

* PROs are specifically mentionned in the HTA Coordination Group
Guidance on outcomes for joint clinical assessment

* Important : there is no ranking of health outcomes in the JCA




PROs in EU-Joint Clinical Assessment

@« (
JCA report
Assessment scope HTD dossier must summarises health
defines outcomes report outcomes outcomes mesures
(PICO) requested in the scope and uncertainties by
PICO
< \
« Outcomes defined * Mandatory reporting per * Patient and expert
upfront PICO perspective
e Includes PROs * Handling of missing data documented
« Common agreement * Description of PROMs

amongst member states



From european JCA to national reimbursment

* JCA =common scientific basis

* No EU-level reimbursement decision

* Member States decide weighting

* Budget impact & priorities remain national
* PROs can influence MEAs & re-assessment



Making PROs decision-grade

* Industry
* Co-design PRO strategy early (patients + clinicians)
* Use validated instruments + prespecified analyses; show missing-data
sensitivity and interpretability
* Report PROs so they are comparable across trials

* Patients
* Help define what “meaningful benefit” means (symptom relief? fatigue?
ability to work? cognitive function?).
* Push for outcomes that reflect treatment burden (frequency, logistics,
side effects) not only “global QoL”.



Closing message

* PROs are central to value assessment
* HTA-R integrates PROs into JCAs
* Quality and interpretability determine impact

If we get PROs right, they reduce uncertainty around real-life
benefit; if we get them wrong, they add noise.
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