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Expectations of a Potential Gene Therapy

Objective/Purpose of the Project

Recent medical advancements have pointed to gene therapy as an emerging treatment intervention for individuals with hemophilia. Expectations for a Potential Gene Therapy (N=57)
To better understand knowledge and perception of gene therapy, patients with hemophilia and their caregivers were surveyed to:

* assess patients and caregivers’ knowledge of gene therapy;
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 Participants were given the option to leave the survey at any time (attrition) as well as opt of out answering particular questions
throughout the survey. Various survey questions were formated for multiple responses as well to allow for participants to select all
options that were applicable.

A majority of participants noted expecting gene therapy to provide a “permanent cure”. However, cure was not defined within this study and it is
acknowledged this phrase may be define differently depending on the individual. While it is clear and noteworthy that community expectations are
high, it is also important to note that gene therapy for BD is currently in the research stage and these long-term data are currently being collected.
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* What might be the side effects of a potential gene therapy? (n=102) Perceived Healthcare Provider Gene
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“Manipulating genes to solve a problem/disease/disorder. It does not alter genes for future generations.” Limitations: Our survey title, “Gene Therapy and You™ may have a response bias. The title may have attracted individuals with more optimistic views of, or interest in, gene therapy, or perhaps implied a need to have

knowledge to explam gene therapy. “The selected quotes above are participants perceived knowledge of what is gene therapy. This does not represent actual gene therapy experience with gene therapy. While strat,eg‘les werg emplgyed to mltlgate thls, the part1c1panjt sam‘ple may not representative of the BDC Wlth ah ov‘er. represe.ntatlon of 1‘nd-1v1‘dua-ls who Were mtgrested and in favor of
treatment for bleeding disorders. This is not an exhaustive list of all the themes identified but a sample for discussion/presentation purposes. gene therapy. Based on the research team'’s interactions with the bleeding disorders community, this may have led to an under representation of individuals with less optimistic views or interest in gene therapy.




