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Supporting Earlier Recognition and Safer Management
of Rett Syndrome Through Case-based Education
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INTRODUCTION

Rett syndrome (RTT)
IS a complex
neurodevelopmental
disorder that can be
difficult to identify in ~ S
the early stages. 0 &
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Personalizing Care for Rett Syndrome:
s From Early Detection to Shared Decision-
= \= | making in Era of New Therapies
) j &

O Senriter Martelle Tu, MB, PHO

nter

the availability of

trofinetide, which requires informed treatment selection,
caregiver counseling, adverse-event (AE) mitigation, and
coordinated multidisciplinary care. Gaps in clinician
knowledge and confidence can contribute to delayed
diagnoses, fragmented care, and greater burdens on families.
A case-based CME initiative was designed to improve clinician
readiness to recognize and manage RTT. The education

was intended for pediatric neurologists, neurologists,
gastroenterologists, advanced practice providers, speech
therapists, physical therapists, occupational therapists,

and pediatricians.

METHODOLOGY

Educational Program and Evaluation Details

é%cb Intervention

A multidisciplinary faculty developed a curriculum
featuring a foundational CME module and a three-part,
case-based multidisciplinary CME track, supported by
targeted Linkedln micro-learning. Content addressed the
early identification of RTT, evidence on trofinetide and
emerging therapies, the management of AEs through
neurology-gastroenterology collaborations, and

the integration of speech, physical, and

occupational therapies.

N
A survey-based approach measured the impact of each
CME activity as aligned with its stated learning objectives
via pre- and post-activity knowledge/competence
questions developed in accordance with National Board of
Medical Examiner guidelines,’ as well as a post-activity
evaluation (inclusive of intended practice changes:
open-ended). Statistical tests of significance were applied

to comparisons of individual questions (pre- vs
post-activity).

Data Collected
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RESULTS

Foundational Module

6,514

Of self-reported
current treaters of
patients with RTT,
80% see1to 5
patients with RTT
each month

27%

primary care

Total
Participants
650 CME +
5,864 micro-learning
oy 2%
lNZ other S R 7% other
pecialty
2%
NPs/PAs
Degree 95%

MDs/DOs

Among intended learners, average scores improved
from 56% to 83% for the foundational module and from
55% to 86% for the case series.

Multidisciplinary
Case-based Series

Foundational Module

Average score (% correct)
on 10 pre/post assessments
linked to learning objectives

across the 3 modules

Average score (% correct)
on 4-item test linked to
learning objectives

Intended Learners
(Neurology, Gastroenterology, Pediatrics)

66%

neurology
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Three-part, Multidisciplinary, Case-based CME Series
10,998

Of self-reported
current treaters of
patients with RTT,
/2% see1to 5
patients with RTT
each month

Participants
700 CME +
10,298 micro-learning
19, 1% 3%
O other . other 10/ primary care
2% RNs SPQC|alty 1% pediatrics

NPs/PAs

Degree

96%

MDs/DOs

68%

) 11%

2 physical medicine

16%

gastroenterology

neurology

Learners also reported greater confidence in earlier recognition of RTT, safer use of trofinetide, caregiver counseling,
and multidisciplinary referrals/collaborations.

Pre
Nn=066

n:49 ﬂ=50 n=4O

Aware* of how to use structured goal-setting frameworks
(e.g., SMART goals) to align therapy and caregiver
priorities with neurologic management in RTT (Mod 1)

Aware* of how gastroenterologists help anticipate,
identify, and manage gastrointestinal AEs
associated with trofinetide therapy in RTT (Mod 2)

Pre
n=99
% correct

Pre
n=59

n=1/5 n=131
% correct

of learners in the
foundational
module and

The top 3 intended practice changes among
foundational module learners were:

74%

in the case-based Increased collaboration with

clinical practice.

Percentage

16”*

gain
(P<0.17)

n=42

Frequently™* refer patients with
RTT who are receiving trofinetide
for speech-language therapy,
physical therapy, and/or
occupational therapy (Mod 3)

n=59

Learners in the case series reported 41 (open-ended) intended
practice changes, which fell into the following categories:

Implement new treatment options
Increased use of a multidisciplinary approach, including

Management approaches that incorporate speech therapy,
physical therapy, and occupational therapy
Better/earlier referrals

CME series other members of the care team 53% .
% : Gl care
80 reported that the Choice of treatment approach 24% .
education would
improve their Change in non-pharmaceutical therapy 12%

n=40

Feel prepared* to integrate gastroenterology
input into structured care plans for patients
with RTT starting trofinetide (Mod 2)

Confident* recognizing evolving adult
health needs in RTT (e.g., scoliosis,
Parkinsonian features, feeding
challenges) and coordinating
multidisciplinary responses (Mod 3)

*Rating of 4 or 5 on 5-point scale

CONCLUSION

This initiative demonstrated meaningful
practice-relevant impacts on RTT care,
Including supporting earlier diagnoses,
safer treatment implementation, more
coordinated care, and improved
family-centered management.



