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This presentation contains forward-looking statements that involve substantial risks and uncertainties of Edgewise Therapeutics, Inc. (“Edgewise” or the “Company”). All statements other than 
statements of historical facts contained in this presentation, including statements regarding our future financial condition, results of operations, business strategy and plans, and objectives of 
management for future operations, as well as statements regarding industry trends, are forward-looking statements. Such forward-looking statements include, among other things, statements 
regarding the potential of, and expectations regarding, Edgewise’s drug discovery platform, Edgewise’s product candidates and programs, including EDG-5506 and EDG-7500; Edgewise’s 
ability to advance additional programs; the expected milestones and timing of such milestones including for EDG-5506, EDG-7500 and the Company’s muscular dystrophy and cardiac HCM 
programs including the expected timing of reporting of data for EDG-5506, EDG-7500 and clinical trials; statements regarding the potential for EDG-5506 to be combined with other 
therapeutics and the potential of EDG-5506 in other myopathies; statements regarding the market opportunity for Edgewise’s product candidates; statements regarding Edgewise’s pipeline of 
product candidates and programs; and statements regarding Edgewise’s financial position including its liquidity and the sufficiency of its cash resources. In some cases, you can identify 
forward-looking statements by terminology such as “estimate,” “intend,” “may,” “plan,” “potentially” “will” or the negative of these terms or other similar expressions.

We have based these forward-looking statements largely on our current expectations and projections about future events and trends that we believe may affect our financial condition, results 
of operations, business strategy and financial needs. These forward-looking statements are subject to a number of risks, uncertainties and assumptions, including, among other things: negative 
impacts of the COVID-19 pandemic on Edgewise’s operations, including clinical trials; risks associated with the process of discovering, developing and commercializing drugs that are safe and 
effective for use as human therapeutics and operating as an early clinical stage company; Edgewise’s ability to develop, initiate or complete preclinical studies and clinical trials for, obtain 
approvals for and commercialize any of its product candidates or research programs; changes in Edgewise’s plans to develop and commercialize EDG-5506 or any other product candidates or 
research programs; the potential for clinical trials of EDG-5506 or any other product candidates to differ from preclinical, interim, preliminary, topline or expected results; Edgewise’s ability to 
enroll patients in its ongoing and future clinical trials; Edgewise’s ability to raise funding it will need to continue to pursue its business and product development plans; regulatory 
developments in the United States and foreign countries; Edgewise’s reliance on third parties, including contract manufacturers and contract research organizations; Edgewise’s ability to 
obtain and maintain intellectual property protection for its product candidates; risks associated with access to capital and credit markets; the loss of key scientific or management personnel; 
competition in the industry in which Edgewise operates; Edgewise’s ability to develop a proprietary drug discovery platform to build a pipeline of product candidates; general economic and 
market conditions; and other risks. Information regarding the foregoing and additional risks may be found in the section entitled “Risk Factors” in documents that Edgewise files from time to 
time with the Securities and Exchange Commission. These risks are not exhaustive. New risk factors emerge from time to time, and it is not possible for our management to predict all risk 
factors, nor can we assess the impact of all factors on our business or the extent to which any factor, or combination of factors, may cause actual results to differ materially from those contained 
in, or implied by, any forward-looking statements. You should not rely upon forward-looking statements as predictions of future events. Although we believe that the expectations reflected in 
the forward-looking statements are reasonable, we cannot guarantee future results, levels of activity, performance or achievements. Except as required by law, we undertake no obligation to 
update publicly any forward-looking statements for any reason after the date of this presentation.

This presentation contains information that is highly confidential and/or privileged. The information is intended only for the use of individuals or entities to which it is addressed. If you are not 
the intended recipient, you are hereby notified that any reliance, disclosure, copying, distribution, or taking of any action on the contents of this material is strictly prohibited.

This presentation also contains estimates and other statistical data made by independent parties and by us relating to market size and growth and other data about our industry. This data 
involves a number of assumptions and limitations, and you are cautioned not to give undue weight to such estimates. In addition, projections, assumptions, and estimates of our future 
performance and the future performance of the markets in which we operate are necessarily subject to a high degree of uncertainty and risk.

The trademarks included herein are the property of the owners thereof and are used for reference purposes only. Such use should not be construed as an endorsement of such products.

Forward looking statements



3

Becker is a severe, underappreciated condition with 
major unmet medical need and no standard of care

● Becker can lead to relentlessly 
progressive loss of motor function

● Individuals with Becker lose mobility, 
function and independence in the 
prime of their lives

● There is no approved therapy for 
Becker

Contraction-induced injury 
leads to replacement of 

muscle with fat and fibrosis
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In Becker, fast muscle fibers are disproportionately 
injured by normal, everyday contractions

Contraction-induced muscle injuries occur in the 
absence of full-length dystrophin.

Dystrophin connects contractile proteins to the 
membrane and surrounding matrix to protect 

against contraction-induced injury.

Healthy muscle contraction Becker muscle contraction

fiber 
breakdown

mechanical 
stress
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Sevasemten targets fast myosin to protect dystrophic muscle 
against contraction-induced injury in mdx mouse models

Both videos have been sped up 3x
Reference: Russell AJ, et al. J Clin Invest. 2023.

In mdx mouse muscle, even a few contractions 
cause visible injury

Contracting at 100% without sevasemten

By minimally decreasing contraction while 
preserving function, contraction-induced injury 
is prevented

Contracting at 85% with sevasemten
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An open-label, single-center study to assess 
sevasemten safety and pharmacokinetics in adults 
with Becker

10mg 
PO daily

Study design - 24 months
20mg 

PO daily
15mg 

PO daily
10mg 

PO dailyScreening

0 2 4 6 8

Additional Endpoints
Safety, PK, NSAA, NSAD, 100m timed test, timed function tests

Month 241 1512 2118

● Primary objective: Safety and tolerability at 24 months

● Key inclusion criteria: Ambulatory males aged 18 to 55 years with a dystrophin 
mutation and a Becker phenotype, not on corticosteroids, who could complete 
100-m timed test

● Patients enrolled: 12
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Abbreviations: DXA, dual energy x-ray absorptiometry
Reference: 1. Data on file 2. Bello L, et al. Sci Rep. 2016. 3. Van de Velde NM, et al. Neurology. 2021. 

Participants had significant functional impairment & 
decreased muscle mass at baseline

CHARACTERISTIC BECKER 
PARTICIPANTS (n=12)

AGE NORMATIVE 
VALUES

Age (SD) 33 (8) years –

Functional Measures (median)

10-meter walk/run 8.4 sec < 4 sec

Rise from floor 6/12 could perform < 3 sec

NSAA 15.5 (range 4-31) –

Serum Creatinine (mean, mg/dL) 0.44 0.92 - 1.16 

Serum CK (mean, U/L) 1,390 <210

DXA % Lean Mass 55% >75%

Adults with 
similar 

baseline 
NSAA scores 
expected to 
decrease by 
1.2 points per 

year2,3



Sevasemten well-tolerated at all doses

● No dose reductions or 
adjustments

● No treatment 
discontinuations due to AEs

● No SAE

● Withdrawals:

○ 3 (2 of whom are 
planning to enroll in 
separate open-label 
extensions)

*Falls are typical for Becker patients and are not related to dizziness
AEs, adverse events; SAE, serious adverse events
Reference: Data on File

Treatment Emergent AE
(seen in >1 subject) After One Year After Two Years

COVID-19 4 5
Fall* 3 4
Dizziness 4 4
Arthralgia 4 4
Nasopharyngitis 3 3
URI 3 3
Procedural pain 2 3
Headache 3 3
Somnolence 3 3
GERD 2 3
Influenza 2 3
Sinusitis 2 2



9

*All data through 24m, including patient recovering from meniscus surgery
Natural history based on data presented by Bello at MDA (2022) and van de Velde NM et. al., Neurology, 2021
Mean ± 95% confidence intervals
Abbreviations: NSAA, North Star Ambulatory Assessment 

NSAA stabilized, diverging from natural 
history at 24 months
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NOTE:     patient had meniscal tear and surgery after month 15



Biomarkers of muscle damage show rapid and 
sustained decreases with sevasemten

All participants
Mean ± SEM
Reference: Data on File
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strength or measures of endurance

All participants
Mean ± SEM
Reference: Data on File

100-Meter Timed Test Velocity Maximum Grip Strength

St
re

n
g

th
 (k

g
)

Sp
ee

d
 (m

/s
ec

)

Months of Treatment Months of Treatment



12

Outcomes of the ARCH study

Overall, the ARCH trial identified key factors for the design of a 
potentially registrational trial

Well-tolerated at 
all doses

Demonstration of 
rapid, sustained 
and significant 

decreases in 
multiple 

biomarkers of 
muscle damage

Stabilization of 
functional 

assessments with 
trends toward 
improvement 

Maximal 
biomarker 

response at 10 
mg dose

PK/PD supportive 
of 10 mg dose for 

pivotal cohort
(NCT05291091)

Safety Biomarkers Function Pivotal dose 
identified
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Ongoing pivotal study in Becker

Key inclusion criteria:

Male, ages 18-50 

Mutation in DMD gene with Becker 
phenotype

Ambulatory with NSAA between 5-32

An 18-month long trial to evaluate the effect of sevasemten on efficacy and 
safety in individuals living with Becker

NOW 
ENROLLING:

Anticipated to 
enroll 120 adult 

males 
diagnosed with 

Becker 
Muscular 

Dystrophy in 
the US and 

Europe 
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