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Background

The ATHN Transcends Congenital Platelet Disorders
(CPD) Natural History Arm s investigating the natural
history of the safety and effectiveness of hemostatic
therapies in the prevention or treatment of bleeding
events in adults and children with congenital platelet
disorders. It is a longitudinal, prospective, retrospec-
tive, observational cohort arm of ATHN Transcends.
The Glanzmann Thrombasthenia (GT) Module is a
registry in the Congenital Platelet Disorders Natural
History Arm of ATHN Transcends, specific to patients
with GT.

GTisarare,inherited, qualitative platelet disorder due
to deficiency of one or both platelet surtface proteins
alpha llb beta 3. Reports of the impact of living with
GT are lacking. Platelet transfusions which have been
the mainstay of treatment for severe bleeding in peo-
ple with GT, carry a number of risks including allergic
reactions (anaphylaxis, acute lung injury), pathogen
transmission, and the formation of allo-antibodies. As
potential new therapies emerge, this registry allows
unbiased, long term data collection on the safety and
effectiveness of both current and new therapies in
addition to information on the bleeding rate and phe-
notype, as well as describing their lived experience.

Rationale

Due to the rare nature of GT, data within individual
center registries are limited. There Is variation in the
data held and method of collection. The aim of the
study iIs to collect biospecimens, phenotypic char-
acteristics, bleeding patterns, and treatment utiliza-
tion, from people who have been diagnosed with GT.
To achieve this, a comprehensive, multi-institutional,
observational cohort study will be conducted to:

» Allow collection of longitudinal safety and clinical
practice data for treatments in participants with
GT, allowing monitoring of recently approved and
well-established therapies;

» Aid new discovery, through the collection of
niospecimens and phenotype data;

» Provide sufficient, unified data capture in
narticipants with this rare disorder across the
United States.
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Objectives of the Glanzmann
Thrombasthenia Module

To describe the bleeding phenotype in GT including:

» Evaluating:

* Frequency of bleeds

« Patient-reported outcomes

« Healthcare and treatment utilization

» Frequency of bleeds

» Site of bleeds

» Real-world effectiveness of GT therapies
» Creating a database for future research

Methods

We will be collecting data around the actual bleeding
rate in those who live with GT as well as more fully
describing the lived experience of being impacted by
GT. The study will be conducted through ATHN-affili-

ated centers caring for those impacted by GT.
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Study Design

This study is a longitudinal, natural history, observa-
tional cohort study. Approximately 50 participants
with GT will be enrolled at ATHN affiliated treatment
centers in the United States and one internation-
al ATHN Affiliate. The minimum planned duration of
study participation for participants is approximately
18 months. Pediatric and adult subjects with GT are
expected to be enrolled. Each participant will com-
plete a daily record for 3 months with treatment de-
tails, in addition to the lived experience of being im-
pacted by GT.

Summary

ATHN Transcends has received central IRB approval
and is currently being rolled out across participating
ATHN Affiliates in the United States. Enrollmentin the
GT Module can begin as soon as a site opens ATHN
Transcends to enrollment.

Conclusion

The GT Module of ATHN Transcends will allow collec-
tion of data that will help gather a better understand-
iIng of the phenotype and treatment efficacy of the
various treatment modalities, which will facilitate cre-

ation of better treatment guidelines for people living
with GT.






