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M, month; W, week

To characterize benefits and tolerability of trofinetide, including behavioral improvements and dosing, at

_ : Behavioral Improvements
9 months, using real-world follow-up data from the ongoing LOTUS study

« Overall, 67.7-82.2% of caregivers reported behavioral improvements with trofinetide treatment on the BIQ
during months 1-6 (Figure 3)

* The most consistently reported improvements were nonverbal communication (47.3—68.1%), alertness
(44.1-55.7%), and social interaction/connectedness (32.3—45.5%)

[ METHODS |

LOTUS Study Design and Study Population
« LOTUS is an ongoing phase 4, observational, real-world, prospective study of patients prescribed trofinetide

Figure 3. Behavioral Improvements Reported by Caregivers With BIQ
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Figure 1. LOTUS Study Design
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* The incidence of diarrhea varied from months 1-6 (23.6-56.6%), with diarrhea reported by 31.7% of
caregivers at month 6 (Figure 4). At month 6:

o Diarrhea was contained inside the participant’s diaper for the majority (84.6%) who reported diarrhea (Figure 4)

> The most common diarrhea management strategies were avoiding constipation medications (58.5%), taking
a lower trofinetide dose or skipping doses (34.1%), and increasing fluid intake (29.3%)

o Use of antidiarrheal medications and consumption of supplementary fiber were reported by 9.8% and 22.0%
of caregivers, despite recommendations listing them as options for managing diarrhea#*

Vomiting/retching/dry heaves were uncommon from months 1-6 (<12%)

o Among participants with vomiting/retching/dry heaves, the frequency ranged from 1 to one report of more
than 8 occurrences; most experienced 1-3 occurrences
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Study Assessments

» Assessments developed for LOTUS include the Behavioral Improvement Questionnaire (BIQ) and the
Gastrointestinal (Gl) Health Questionnaire (Figure 1) .

o BIQ: A yes/no question about whether caregivers observed new and/or maintained improvements compared
with before starting trofinetide. A yes answer resulted in the opportunity to identify all areas of improvement
from a checklist, including nonverbal and verbal communication, use of communication tools, alertness,
social interaction/connectedness, purposeful use of hands, muscle tone abnormalities, mobility or balance,
sleep, breathing irregularities, behavioral problems, mood, eating/swallowing, grinding teeth, and other (with
free-text field); assessed monthly for 6 months and every 3 months thereafter

Figure 4. Stool Type Reported by Caregivers With the Gl Health Questionnaire
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Clinical Characteristics
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approaches used when initiating trofinetide in real-world
clinical practice
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