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Electronic Supplementary Material Appendix A. Dictionary of variables used in the study.

	Variable
	Value
	Source*

	Sample characterization variables
	Product name
	Text
	1) EMA Medicine Data Database
2) EPAR

	
	International non-proprietary name
	Text
	

	
	Marketing authorisation type
	Categorical
Standard (full)
Conditional
Exceptional circumstances
	

	
	Marketing authorisation date
	Text
	

	
	Orphan status
	Categorical
Yes
No
	

	
	PRIME designation
	Categorical
Yes
No
	

	
	Product status
	Categorical
Authorized
Withdrawn
Expired
	

	
	Anatomical Therapeutic Chemical Code
	Text
	

	
	Therapeutic indication
	Text
	

	Outcome variables
	Post-Authorization Study (PAS) ID
	Text
	1) EPAR 
2) RMP OR 
3) HMA-EMA Catalogues of RWD studies
4) ClinicalTrials.gov

	
	PAS category
	Categorical
Annex II Condition
Specific Obligation
Category 3 of the RMP
	

	
	Protocol available
	Categorical
Yes
No
	

	
	Study status
	Categorical
Finalized
Ongoing
Planned
Terminated
Withdrawn
	

	
	Study objective
	Categorical
Efficacy
Safety
Efficacy and safety
Efficacy, safety and disease epidemiology/drug utilization
Risk minimization measures effectiveness
	

	
	Study design
	Categorical
Clinical trial - Phase (X)
Cross-sectional - survey
Prospective cohort
Retrospective cohort
Other (tbd)
	

	
	Interventional model
(if interventional)
	Categorical
Single group assignment
Parallel assignment
Sequential assignemnt
	

	
	Masking
(if interventional)
	Categorical
Open-label
Double-blinded
Triple-blinded
Quadruple-blinded
	

	
	Allocation
(if interventional)
	Categorical
Randomized
Non-randomized
	

	
	Planned sample size
	Numerical
	

	
	Population
	Categorical
Male
Female
Adult
Pediatric
(Combination)
	

	
	Planned duration (years)
	Numerical
	

	
	Countries
	Text
	

	
	Real-World Data (RWD) use
	Categorical
Yes
No
	

	
	Proceed only if RWD use = Yes
	

	
	RWD source
	Categorical
Prospective patient-based data collection
Questionnaire
Healthcare records
Registry
	

	
	Data use type
	Categorical
Primary
Secondary
	

	
	Comparator use
	Categorical
Yes
No
	

	
	Patient-reported outcome (PRO) use
	Categorical
Yes
No
	

	
	Patient-Reported Outcome Measure
	Text
	

	
	Registry use
	Categorical
Yes
No
	

	
	Proceed only if Registry use = Yes
	

	
	Registry ID
	Text
	

	
	Product registry (misclassification)
	Categorical
Yes
No
	

	
	Registry purpose
	Categorical
Population characterization
Disease epidemiology
Medicines utilization
Outcomes – Efficacy
Outcomes – Safety
Outcomes – Efficacy and safety
External control
Pregnancy
	

	
	Registry holder
	Text
	1) HMA-EMA Catalogues of RWD sources
2) Registry webpage

	
	Registry establishment year
	Numerical
	

	
	Registry contact information
	Text (URL)
	

	
	Registry funding
	Categorical
Public
Private
Public and private
Mostly public
Mostly private
	

	
	Registry data protection & privacy policy
	Text (URL)
	

	
	Country coverage
	Numerical
	

	
	Number of patients
	Numerical
	

	
	Patient-Reported Outcome Measure
	Text
	

	
	HMA-EMA RWD Catalogues Registration
	Categorical
Yes
No
	1) HMA-EMA Catalogues of RWD sources

	
	EMA qualification
	Categorical
Yes
No
	1) EMA qualification of novel methodologies for medicine development webpage


*Data sources are listed in order of priority and were consulted on a case-by-case basis, depending on the availability of information for each variable.


Electronic Supplementary Material Appendix B. Registries identified in Advanced Therapy Medicinal Products Post-Authorization Measures.

	Registry ID
	Registry holder
	Year of establishment
	Country coverage
	Total number of patients
	PRO collection
	EMA qualification
	Funding
	Contacts available at:
	Data Protection and Privacy Policy available at:

	ATHN Transcends
	ATHN
	2020
	1 (United States of America) 
	3000 (2025)
	PROMIS
	No
	Public and private
	https://athn.athndev.org/contact.html
	https://athn.athndev.org/who-we-are/about/privacy_statement.html

	CIBMTR Registry
	CIBMTR
	1972
	28 (2024)
	675,000 (2023)
	PROMIS
	No
	Public and private
	https://cibmtr.org/CIBMTR/About/Contact-Us
	https://cibmtr.org/CIBMTR/About/Data-Protection-Privacy

	EBMT Registry
	EBMT
	1974
	57 (2021)
	850,000 (2024)
	No
	Yes (2019)
	Mostly public
	https://www.ebmt.org/form/need-help
	https://www.ebmt.org/registry/ebmt-data-protection-privacy

	GPOH Rare Anemia Registry
	GPOH
	2019
	1 (Germany)
	460 (2021)
	No
	No
	Public and private
	https://www.gpoh.de/studienportal/haematologische_studien_und_register/register_fuer_seltene_anaemien/
	https://www.gpoh.de/studienportal/haematologische_studien_und_register/register_fuer_seltene_anaemien/

	WFH GTR
	WFH
	2022
	20 (2024)
	The first patient was enrolled on October 8th, 2024
	EQ-5D
PROBE
coreHEM MHO
	Ongoing
	Private
	https://wfh.org/research-and-data-collection/gene-therapy-registry/#contact-us
	https://wfh.org/research-and-data-collection/gene-therapy-registry/#data


ATHN - American Thrombosis and Hemostasis Network; CIBMTR - Center for International Blood and Marrow Transplantation Research; coreHEM MHO - Core Hemophilia Morbidity and Health Outcomes; EBMT - European Society for Blood and Marrow Transplantation; EMA – European Medicines Agency, EQ-5D - EuroQol 5-Dimension; GPOH - German Society for Pediatric Oncology and Hematology; GTR - Gene Therapy Registry; PRO – Patient-Reported Outcome; PROBE - Patient-Reported Outcomes, Burdens, and Experiences; PROMIS - Patient-Reported Outcomes Measurement Information System; WFH - World Federation of Hemophilia
