[ BACKGROUND

* Rett syndrome (RTT) is a rare

neurodevelopmental disorder characterized
by loss of verbal communication with limited
nonverbal skills, loss of fine and gross motor
function, behavioral issues, seizures, hand
stereotypies, and gastrointestinal problems?*2

« Trofinetide was approved by the US Food
and Drug Administration in March 2023 for
the treatment of RTT in adults and pediatric

patients aged =2 years?

« Diarrhea was the most common adverse
event and the leading cause of treatment
discontinuation in clinical trials*%; dose
titration strategies are being used to improve

tolerability in the real world

[ OBJECTIVE

* To explore real-world experience with
trofinetide dose titration and its impact on

tolerability in the real world

[ METHODS

Study Design

* An electronic prescriber experience survey
was designed to collect real-world trofinetide
dosing strategies and their impact on

tolerability

« The survey was sent in May 2024 to
33 prescribers at 18 US RTT centers of
excellence (COEs) designated by the
International Rett Syndrome Foundation

Data Analysis

» All results were summarized with
descriptive statistics
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[ RESULTS ] Figure 2. Trofinetide Tolerability Improvements With Dose Titration Figure 4. Trofinetide Discontinuation Due to Lack of Efficacy:
Reported by Survey Respondents (A) Discontinuation Due to Lack of Efficacy in Patients Who Achieve
Study Participation Full Weight-Banded Dose; (B) Discontinuation Due to Lack of Efficacy in
Number of respondents Patients on Sub Weight-Banded Doses

* Overall, 22 prescribers from 16 COEs completed the electronic survey
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Trofinetide Tolerability-Related Discontinuation
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