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METHOD

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.

INTRODUCTION

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).

RESULTS

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 avalilable at any app store. It
was developed as a web-based application. Patients can choose emall or text message to
access myGTR and provide PRO data via an interactive digital assistant (see images below).
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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).
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You will now be asked to visit the

Hello, I'm the digital assistant for
the World Federation of
Hemophilia (WFH) Gene Therapy
Registry (GTR).

Before we continue, | need to
confirm your identity so | can
collect health data throughout
your participation in this registry.

Please enter the first 3 letters of
your last name.

(If you are the patient's legal
representative, please enter the
first 3 letters of the patient's last
name.)

First, | will collect information
about the bleeds and/or

treatments that you have
received since your Gene

ability to

Therapy infusion.

If you enter something
incorrectly, you will have the

review your answers at

the end and make changes
accordingly.

This should take up to 5 minutes
of your time.

Let's get started

How many bleeds did you have

since you last updated health

status in myGTR on 27/06/20237?

Out of these bleeds, how many
were treated with on demand
treatment?

We will ask for details on any
prophylaxis treatment in a

separate question.

Click here if you need a definition

Did you receive factor or non-
factor replacement therapy for
any other reason? Please select
all that apply.

Click here if you need a definition
of prophylaxis:
https://elearning.wfh.org/resour
ce/what-is-prophylaxis

Prophylaxis

Surgery / Procedure

myPROBE platform to complete

additional patient reported
outcome questionnaires.

Thank you for your important
contributions to advance the
field of Gene Therapy.

| will now provide you with a
personalized link for the specific
questionnaire.

of prophylaxis: Other Once you click the link, a new
https://elearning.wfh.org/resour window will open in the
ce/what-is-prophylaxis No myPROBE system where you can

complete your specific

Click here to access the Short PROBE
questionnaire

Figure 1: COMPONENTS OF WFH GTR
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Clinical Reported
Hemophilia Treatment

« Safety: Adverse
events, Mortality

. Efficacy: Bleeding
events, Factor level,

Use of hemostatic
freatment
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Patient reported
Hemophilia Treatment

« Bleed history:
frequency, access to
treatment at time of
bleed

« Treatment record:
infusion log, dose,
frequency, reason
for treatment

vPROBE

Hemophilia Heath-
related Quality of Life

« Pain

« Independence
« Education

« Employment
« Family life

« Mobility
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General Health Status

. Mobility

« Self-care

- Usual activities

. Pain / Discomfort

. Anxiety / Depression

« VAS (Visual Analog
Scale)

coreHEM: =

Mental Heath Outlook

« Stigma

« Anxiety *

« Depression *

« Life interference
« |dentity

“This is not a diagnostic tool. Itis
a composite assessment of
concepis such as fear, future
expectations, dependent, and
inadequacy.

Basics of hemophilia,
gene therapy, and
long-term data collection

User guide for people
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treatment centres

User guide for hemophilia
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QUESTIONNAIRE CADENCE

Baseline: 3 months; " emonths: | [ 9months: | [ 12months: | [ 18months: | [  24months: | [ )
Bleed & Treatment + Bleed & Treatment + ] Bleed & Treatment + Bleed & Treatment + | Bleed & Treatment + Bleed & Treatment + Bleed & Treatment + Repeat sequence
PROBE, EQ5D5L, coreHEM MHO & Short PROBE & coreHEM MHO & Short PROBE & coreHEM MHO & Short PROBE & every 6 month
N coreHEM MHO ) EQSD5L U EQ5D5L VRN EQS5DSL LU EQ5D5L JARN EQ5D5L JERN EQ5SD5SL J U )

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

CONCLUSIONS

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.

The WFH 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/#qgtr
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