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has shown strong support for the GTR.

In this era of transformative biotechnology, the World Federation of 
Hemophilia (WFH) launched the Gene Therapy Registry (GTR) aimed at 
gathering comprehensive data on all people with hemophilia (PWH) who 
receive gene therapy worldwide. The GTR will help address unresolved 
questions on the long-term safety, and variability and durability of efficacy 
that will remain at the completion of clinical trial programs.

Input on the development and implementation of the WFH GTR is provided by 
5 different committees:

The  GTR is a prospective, observational, and longitudinal registry.

The GTR is designed to standardize and centralize global data collection by 
establishing a single, unified repository for the gathering and dissemination of 
gene therapy data, ensuring mutual benefit for all stakeholders. Data entry 
occurs once, either directly into the GTR platform or through data transfer 
from National Registries.

The Core Data Set was developed through an iterative review process by the 
GTR Steering Committee (Konkle et al. 2020) (Table 1). A minimal data set has 
been identified to facilitate data collection (Miesbach et al. 2024).

The GTR facilitates the accumulation of data in one registry and 
supports the efficient dissemination of valuable information to all 
stakeholders, advancing our understanding of gene therapy's safety, 
efficacy, and long-term effects.  The success of the GTR depends on 
collaborative relationships with all stakeholders, including patients, 
HTCs, National Registries, industry partners and regulatory bodies.

The Gene Therapy Registry is supported by Founding visionary partners: Biomarin, CSL Behring, Pfizer, Spark

For more information, please email us at gtr@wfh.org
or visit https://wfh.org/data-collection/#gtr

Participation directly through participating HTCs
HTCs will invite PWH to enroll in the WFH GTR once a patient has made the decision to receive gene therapy. Once 
informed consent is obtained, all relevant baseline and historic data required for the registry will be collected. 
Prospective data will be collected on an ongoing basis, at either the infusion or follow-up site.

WFH GTR Gene Therapy Data Integration Program
For countries participating in the WFH GTR Gene Therapy Data Integration Program, de-identified data will be 
transferred from participating registries to the GTR on a regular basis through our database partner. Common data 
definitions and careful comparison of data field measurements, such as ensuring common ontology terms, units of 
measurement and date formats, as much as possible, was conducted to facilitate the technical mapping of data 
fields between the GTR and partner registries.
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• Provide direction on scientific activities and policy decisions (data 
governance, publication policy, assess WFH GTR program progress)

Steering Committee

• Provide oversight, advice and expertise regarding the development, 
maintenance, and implementation of the registry

Scientific Advisory Board

• SAB-Sub committee - Discusses issues related to data usage, exchange, 
and standardization, feedback to national registries, technical challenges

National Registry & HTCs Consortium

• Industry-related questions

Industry Consortium

• Provide guidance on all patient-related GTR initiatives

Patient Advisory Group

GTR Data Integration Program

HTCs participating directly

Primary Objective

• to determine the long-term safety of factor VIII and factor IX gene 
therapies in patients with hemophilia.

Secondary Objective

• to determine the long-term efficacy and the durability of factor 
VIII and factor IX gene therapies in patients with hemophilia;

• to assess long-term quality of life (EQ-5D-5L) and burden of 
disease (PROBE) post gene-therapy infusion.

Both AIC:

DATA DISSEMINATION

The GTR Scientific Advisory Board oversees all data entered into 
the GTR and its dissemination. Specific de-identified data will be 
shared with various stakeholders: participating patients will have 
access to view their own data; HTCs and National Registries will 
receive aggregated global safety data; industry partners will 
receive product-specific data, and regulatory agencies and health 
technology assessment organizations can request specific data to 
inform their decisions (Figure 1).

myGTR

myGTR is a patient engagement tool 
designed to obtain long-term patient 
data in the GTR:

• Bleed(s) experienced
• Treatment(s) received
• Patient Reported Outcome tool 

(PROBE, EQ5D5L, coreHEM-MHO 
(when available))

More details are available in poster PP-
054.

Table 1. Summary of Key Areas of Core Data Collection for Gene Therapy

Demographics
Medical/Clinical History
Gene Therapy Infusion Details
Safety Data

Adverse Events of Interest:
FVIII/FIX Inhibitors
Thromboembolic Events
Autoimmune Disorders
Malignancies
Liver function
Death

Efficacy Data
Bleeding Events
Factor Activity Levels
Use of Hemostatic Treatment

Patient Reported Outcome Measures
Quality of Life
Burden of Disease

Mortality
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The EMA qualification process is a voluntary, scientific pathway designed to evaluate and endorse novel methods 
and tools used in the development and assessment of medicines within the European Union (EU). This procedure 
focuses on validating innovative techniques and technologies that can improve the evaluation and development of 
medical treatments. Based on the GTR protocol, core data set and methodology, the European Medicines Agency 
(EMA) Committee for Medicinal Products for Human Use (CHMP) has shown strong support for the GTR.

The CHMP supports the WFH GTR as the worldwide registry for consolidating 
all international data on individuals with hemophilia who receive gene 

therapy and encourages collaboration of hemophilia treatment centres and 
national registries worldwide. It is expected that utilising the WFH GTR for 

post approval safety or efficacy studies of gene therapies will be of particular 
value and its use as planned data source for mandated Phase IV studies for 

new hemophilia treatments is recommended.

Figure 1. Dissemination of GTR Data

Figure 2. GTR Global Implementation
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