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The World Federation of Hemophilia (WFH) Gene Therapy Registry (GTR) is designed to collect 

comprehensive clinical data on all people with hemophilia (PWH) who receive gene therapy 

(GT) globally. To complement data from the GTR, the WFH developed myGTR – a patient 

engagement tool aimed at collecting patient-reported outcome (PRO) data (Figure 1). 

INTRODUCTION
To reduce potential data gap after GT and to ensure long-term engagement between 

hemophilia treatment centre and PWH who receive GT, the WFH is developing the GTR 

patient engagement plan. It includes myGTR – the foundational element, data dashboards, 

video/podcasts with experts, and a dedicated website with latest news about GT.

METHOD

Baseline:
Bleed & Treatment + 

PROBE, EQ5D5L,  

coreHEM MHO

3 months:
Bleed & Treatment + 

coreHEM MHO & 

EQ5D5L

6 months:
Bleed & Treatment + 

Short PROBE & 

EQ5D5L

9 months:
Bleed & Treatment + 

coreHEM MHO & 

EQ5D5L

12 months:
Bleed & Treatment + 

Short PROBE & 

EQ5D5L

18 months:
Bleed & Treatment + 

coreHEM MHO & 

EQ5D5L

24 months:
Bleed & Treatment + 

Short PROBE & 

EQ5D5L

Repeat sequence 

every 6 month

Frequency: Year 1 = quarterly pushouts; Year 2 onwards = every 6 months 

Figure 2: myGTR QUESTIONNAIRE CADENCE

To monitor GT’s safety, efficacy and long-term effects, engagement from both HTCs and patients is critical. The GTR is a platform for HTCs whereas myGTR allows the patients to continue 

providing data on their health status and HR-QOL in a simple manner. When working hand-in-hand, both tools can improve patient care and treatment outcomes as well as our understanding of 

benefits and risks of GT. 

CONCLUSIONS
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T h e r a p y  R e g i s t r y

The WFH held focus groups to discuss the development of myGTR. The groups indicated 

mobile app fatigue and requested a simple tool. myGTR is not available at any app store. It 

was developed as a web-based application. Patients can choose email or text message to 

access myGTR and provide PRO data via an interactive digital assistant (see images below). 

The PRO data are bleeds, treatments and health related quality of life (HR-QOL) including 

the Patient Reported Outcomes Burdens and Experiences (PROBE), coreHEM Mental Health 

Outlook (coreHEM MHO) and EQ-5D-5L (Figure 2).

RESULTS
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GTR PATIENT ENGAGEMENT PLAN

wfh.org/gtr-userguide wfh.org/gtr-userguide-pwh wfh.org/gtr-userguide-htc 

MORE RESOURCES FROM WFHFigure 1: COMPONENTS OF WFH GTR
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