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Forward-Looking Statements

Statements in this presentation, other than statements of historical fact, constitute forward-looking statements within the meaning of 
the safe harbor provisions of the Private Securities Litigation Reform Act of 1995. These forward-looking statements include 
statements regarding Summit’s clinical trials supporting the safety and efficacy of its product candidates and the potential novelty of 
such product candidates as treatments for disease, plans and objectives for clinical trials, product development and regulatory 
filings, Summit’s collaboration with Sarepta Therapeutics, Inc., Summit’s collaboration with Eurofarma Laboratorios SA, Summit’s 
award from BARDA, Summit’s discovery and development platform, strategies, future performance, expectations, assumptions, 
financial condition, liquidity and capital resources. These forward-looking statements may be preceded by, followed by or otherwise 
include the words “anticipate,” “believe,” “estimate,” “expect,” “intend,” “may,” “plan,” “predict,” “project,” “target,” “potential,” “will,” 
“would,” “could,” “should,” “continue,” and similar expressions.  Actual results or events may differ materially from those expressed or 
implied in any forward-looking statements due to various factors, including the risks and uncertainties inherent in clinical trials and 
product development and commercialization, such as the uncertainty in results of clinical trials for product candidates, the 
uncertainty of whether the preliminary results from a clinical trial will be predictive of final results of that trial or whether the results of 
clinical trials will be predictive of results in later stages of product development, the risk of delays or failure to obtain or maintain 
regulatory approval, the risk of failure of the third parties upon whom Summit relies to conduct its clinical trials and manufacture its 
product candidates to perform as expected, the risk that any third-party collaborator, including Sarepta and Eurofarma, terminates or 
fails to meet its obligations to Summit, the risk of the ability of BARDA to terminate our contract for convenience at any time, the risk 
that Summit’s discovery and development platform may not identify new potential drug development candidates, the risk of 
increased cost and delays due to delays in the commencement, enrollment, completion or analysis of clinical trials or significant 
issues regarding the adequacy of clinical trial designs or the execution of clinical trials and the timing, cost and design of future 
clinical trials and research activities, the timing of expected filings with the FDA or other regulatory agencies; and the other risks and 
uncertainties described in Summit’s public filings with the Securities and Exchange Commission. 

Summit may not actually achieve the plans, intentions or expectations disclosed in its forward-looking statements, and you should 
not place undue reliance on its forward-looking statements. Actual results or events could differ materially from the plans, intentions 
and expectations disclosed in forward-looking statements.  You are cautioned not to place undue reliance on these forward-looking 
statements, which speak only as of the date hereof. Summit disclaims any intent or obligation to revise or update these forward-
looking statements, except as required by applicable law.
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PhaseOut DMD:
A Phase 2 Proof of Concept Trial of Ezutromid
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Design: Open label, 48-week trial with extension phase
Subjects: 40 ambulatory DMD boys, fully enrolled

5-10 years old
Trial Sites: 9 US

7 UK
Endpoints: Primary:      - Magnetic resonance parameters (leg)

- Safety 
Secondary:  - Biopsy parameters 
Exploratory: - Range of functional endpoints

Data: 24-week data reported Q1 2018
Top-line data from full trial expected Q3 2018



Overview

• The 24-week interim PhaseOut DMD data are highly encouraging
• We look forward to the top-line data from the full trial in Q3 2018 with 

much excitement
• Given the promising findings after 24 weeks of treatment, we are 

advancing preparatory activities for a placebo controlled clinical trial of 
ezutromid, and for a potential regulatory filing based on the full trial 
results
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PhaseOut DMD Interim Data:
Key Findings after 24-Weeks of Ezutromid Treatment
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1. Stabilization of muscle membranes 

2. Significant and meaningful decrease in muscle damage

3. Significant decrease in muscle inflammation
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Significant and Meaningful Decrease in Muscle 
Damage as Measured by Developmental Myosin
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23% decrease in mean developmental 
myosin (MHCd) after 24 weeks 

(95% CI, -4.33, -0.90)
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Stabilization of Muscle Membranes as 
Measured by Maintenance of Utrophin
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> DMD patients have 
high levels of utrophin 
due to cycle of damage 
and repair

> Mean increase in 
utrophin intensity after 
24-weeks of ezutromid 
treatment
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Significant Decrease in Muscle Inflammation as 
Measured by MRS-T2
• MRS-T2 is a precise technique for 

measuring muscle damage and 
inflammation

• Statistically significant reduction in 
inflammation in the soleus (calf)

• Achieved in patients on stable steroids
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Endpoints in PhaseOut DMD Track Impact of 
Ezutromid Over Time
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Expectations for Top-Line Results from 
Full PhaseOut DMD Clinical Trial
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Primary 
Endpoint

Secondary 
Endpoints

Developmental myosin – sustained reduction

Utrophin –maintenance of utrophin

Magnetic resonance parameters:
• T2 – sustained decrease relative to baseline

-or-
• Fat Fraction – slowing of disease trajectory
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Potential Scenarios to Reach Market
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If the full 
results 
from

PhaseOut
DMD are 
positive

Accelerated path

Traditional path

Market

Full 
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Confirmatory 
clinical trial
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Pivotal clinical 
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Summary

• The 24-week interim PhaseOut DMD data highly encouraging

• We believe the data provide evidence of utrophin modulation which in turn 
reduced muscle damage, which in turn reduced muscle inflammation

• We look forward to the top-line data from the full trial in Q3 2018 with much 
excitement

• In these data, we expect to see continued utrophin modulation and sustained 
changes in magnetic resonance parameters

• Given the promising findings after 24 weeks of treatment, we are advancing 
preparatory activities for a placebo controlled clinical trial of ezutromid, and for a 
potential regulatory filing based on the full trial results
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