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BACKGROUND METHODS

e Myotonic dystrophy type 1 (DM1) is a rare neuromuscular e ACHIEVE is a global, randomized, placebo-controlled study Figure 1. Design of the MAD Portion of the ACHIEVE Study
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_ ' o _ _ multiple assessments of muscle strength and function, and
* The safety and efficacy of DYNE-101 are being investigated in patient-reported outcomes (PROs; including Myotonic * Here we present 12-month efficacy data from the 1.8 mg/kg every 4 weeks (Q4W) cohort, 6-month data from the
the Phase 1/2 ACHIEVE trial (NCTO?f81879’ Dystrophy type 1 Activity and participation scale [DM1-ACTIV¢] 3.4 mg/kg Q4W cohort, and 3-month data from the 5.4 mg/kg every 8 weeks (Q8W) cohort. Safety data are as of
EudraCT number 2022-000889-18).> and Myotonic Dystrophy Health Index [MDHI]).87 August 20, 2024, and include all 56 participants dosed through 6.8 mg/kg Q8W.
RESULTS
Table 1. Baseline Characteristics Table 2. DYNE-101 Safety Profile Is Favorable to Date * 6 serious treatment-emergent adverse events Figure 2. Monthly Dosing of DYNE-101
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BMI, body mass index; CASI, composite alternative splicing index; death o '
CTG, cytosine, thymine and guanine; DM1-ACTIV¢, Myotonic Dystrophy type 1 Activity and than the upper limit of normal _ _ _
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| | anemia or thrombocytopenia
a. Transient worsening of atrioventricular (AV) block in a participant with ongoing medical history
of first-degree AV block. b. Attributed to risk factors for pulmonary embolism. c. All cohorts
combined; preferred terms are reported.
Figure 3. Monthly Dosing of DYNE-101 Figure 4. DYNE-101 Demonstrated Improvements in Functional Endpoints, Including Measures of Myotonia and Muscle Strength
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a. CASI-22 is a validated composite alternative splicing index (CASI) comprising 22 genes a. Middle Finger (sec) is the average of all myotonia trials for an individual participant in ACHIEVE. b. Mean percent change from baseline for placebo group is based on baseline values from 12 patients. c. Placebo group includes 12 participants at Day 85 and 8 participants at Day 169.
implicated in pathways that cause the symptoms of DM1.8:9 BL, baseline; OLE, open-label extension; Q4W, every 4 weeks; Q8W, every 8 weeks; QMT, quantitative muscle testing; sec, seconds; SEM, standard error of mean; vHOT, video hand opening time.

One post-baseline sample in the 3.4 mg/kg Q4W treatment group not included within splicing assay
as the sample did not meet quality control criteria.
BL, baseline; CASI, composite alternative splicing index; DM1, myotonic dystrophy type 1;

Q4W, every 4 weeks; Q8W, every 8 weeks.
CONCLUSIONS

Figure 5. D\_(NE_—lOl S_h_oyved Impr_ovem_ent Figure 6. DYNE-101 Demonstrated Clinical . DYNE-101 has demonstrated a favorable safety profile to date.?
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- y 9 « DYNE-101 demonstrated dose-dependent muscle delivery and consistent splicing correction.
(DM1-ACTIV®) (MDHI Total Score) . . . . - . . . . .
« DYNE-101 led to meaningful improvements in multiple clinical endpoints, including myotonia, muscle strength, timed
s 5.0 s 15.0 functional assessments, and PROs.
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