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Safety and Tolerability Profile

e ATYR1940 was generally well tolerated across all dose groups
(Table 2).

e All treatment-emergent AEs (TEAEs) were Grades 1 or 2 (mild or
moderate in intensity):
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Introduction

e Facioscapulohumeral muscular dystrophy (FSHD) is a rare genetic
myopathy in which immune cells invade diseased skeletal muscle and for
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modulating immune responses in skeletal muscle.

— Because the immune component may play a central role in FSHD
pathophysiology,? immunomodulators, including ATYR1940, are
being investigated as potential therapies for this disease.
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Table 2. Summary of Safety
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Through Week 6 Through Week 14

— Muscle Surveillance and Targeted Magnetic Resonance
Imaging (MRI):
« Lower extremity surveillance MRI was performed during

screening to identify active immune responses (as evidenced
by short tau inversion recovery [STIR] positive signal).

« The presence of = 1 STIR-positive muscle as assessed by
a central reviewer was an inclusion criterion for this study
(Cohorts 2 and 3).

- STIR-positive muscles were monitored using targeted
quantitative MRI for the analysis of fatty infiltration,
inflammation, and muscle volume.

Results

e All patients completed the study; however, 1 patient did not receive all
doses of study drug due to an AE of infusion-relation reaction (IRR).

e All patients had FSHD Type 1; patient demographics and
characteristics are shown in Table 1.

MMT, manual muscle testing.

Conclusions

e ATYR1940 (Resolaris™) is generally safe in adult patients with
FSHD, and was well tolerated with the exception of 1 patient who
experienced 3 IRR events.

e ATYR1940 PK properties were dose-proportional and consistent
throughout the study, with no measureable impact from ADA.

e Clinical activity of ATYR1940 was supported by signals of
improvement in INQoL questionnaire responses and MMT measures.

e Other exploratory measures, including lower extremity targeted MR,
did not demonstrate activity:
— Variability in image acquisition may have diminished the
opportunity to demonstrate a treatment effect at 3 months.
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e Patients in Cohorts 2 and 3 were allowed to enroll in the ongoing,
long-term extension study investigating the safety and efficacy of

MMT, manual muscle testing.
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