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Patient Registry & Registry Studies

e Early data collection, Natural history (PRIME)

* Patients eligible for clinical trials

 Monitoring outcomes of treatment (PAES, PASS)
e.g. Long Term Follow Up Gene Therapy

* Normal pharmacovigilance vs PASS
 Monitoring quality of care

* |Information for policy making



Patient as participant

Informed (dynamic) consent & validity for studies

Privacy — GDPR — anonymisation, pseudonimisation-
unique identifier EUPID

identifiable data (small numbers ultra rare diseases)
Where are the data stored?

Results from studies reported back to participants
Transparancy, support base, trust


https://eupid.eu/#/home

Usop Patient as data source

What is in it for me?

e Patient reported outcomes, quality of life
(questionnaires), remote trials, tele-monitoring

* Adverse events, side effects, reason of stopping
* Adherence

* Access to expensive medicines (HTA)
* What is the best medicine for me?

* Link to biobank

Improve insight disease.

How am | doing, compared to others?

The Increasing Focus on the Patient in Patient Registries
Registries for Evaluating Patient Outcomes: A User's Guide: 4th Edition 4




Patient organisation

Why is engagement important?

* Information, education & support base

 Formal role in governance, management of
registry e.g. board and steering group

* Finance, acquisition of funding
* Co-creation & Partnership
* Rights & Obligations
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Developments

EMA Qualification — very few qualified
Cystic Fibrosis, CAR T, Multiple Sclerosis
* Feasibility analysis by MAH

* multiple products, multiple MAHSs
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https://www.eurordis.org/publication/no-time-lose-building-data-strategy-european-reference-networks-eurordis-contribution

Developments NL

Zorginstituut Nederland
Managing patient registries for expensive drugs

(cost)-effectiveness and (adverse) effects in practice
4 pilot projects 2021-2
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Structural funding

Voorwoord

Qualification of registries
Evaluation reimbursed medicines
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