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Legal Disclaimers
Certain statements in this presentation are “forward-looking statements” under applicable securities laws. Any 
statements that express or involve discussions with respect to predictions, expectations, beliefs, plans, projections, 
objectives, assumptions or future events or performance (often, but not always using words or phrases such as “expect”, 
“seek”, “endeavor”, “anticipate”, “plan”, “estimate”, “believe”, “intend”, or stating that certain actions, events or results 
may, could, would, might or will occur or be taken, or achieved) are not statements of historical fact and may be 
“forward-looking statements”. Forward-looking statements are based on expectations, estimates and projections at the 
time the statements are made that involve a number of risks and uncertainties which would cause actual results or 
events to differ materially from those presently anticipated. Forward-looking statements are based on expectations, 
estimates and projections at the time the statements are made and involve significant known and unknown risks, 
uncertainties and assumptions. A number of factors could cause actual results, performance or achievements to be 
materially different from any future results, performance or achievements that may be expressed or implied by such 
forward-looking statements. These include, but are not limited to, risks regarding the pharmaceutical industry, market 
conditions, economic factors, management’s ability to manage and operate the business of Satellos and the equity 
markets generally. Should one or more of these risks or uncertainties materialize, or should assumptions underlying the 
forward-looking statements prove incorrect, actual results, performance or achievements could vary materially from 
those expressed or implied by the forward-looking statements contained in this document. These factors should be 
considered carefully. Existing or prospective investors should not place undue reliance on these forward-looking 
statements. Although the forward-looking statements contained in this document are based upon what Satellos 
Bioscience Inc. (“Satellos”) currently believes to be reasonable assumptions, Satellos cannot assure recipients that 
actual results, performance or achievements will be consistent with these forward-looking statements. Except as 
required by law, Satellos does not have any obligation to advise any person if it becomes aware of any inaccuracy in or 
omission from any forward-looking statement, nor does it intend, or assume any obligation, to update or revise these 
forward-looking statements to reflect new events or circumstances. 

This presentation is for information only and shall not constitute an offer to buy, sell, issue or subscribe for, or 
the solicitation of an offer to buy, sell or issue, or subscribe for any securities in any jurisdiction. This 
presentation should not be construed as legal, financial or tax advice to any individual, as each individual’s 
circumstances are different. Investors should consult with their own professional advisors regarding their 
particular circumstances. 

The information contained herein is subject to change without 
notice and is based on publicly available information, internally 
developed data and other sources.  Where any opinion or belief is 
expressed in this presentation, it is based on the assumptions and 
limitations mentioned herein and is an expression of present 
opinion or belief only. No warranties or representations can be 
made as to the origin, validity, accuracy, completeness, currency 
or reliability of the information. The public disclosure records of 
Satellos are expressly not incorporated by reference into this 
presentation. Satellos disclaims and excludes all liability (to the 
extent permitted by law), for losses, claims, damages, demands, 
costs and expenses of whatever nature arising in any way out of or 
in connection with the information in this presentation, its accuracy, 
completeness or by reason of reliance by any person on any of it.  
The industry data, forecasts and other information prepared by 
third parties presented in this presentation, except where otherwise 
noted, has been compiled from industry sources and participants 
which, although not independently verified by Satellos, are 
considered by Satellos to be reliable sources of information.   
References in this presentation to reports or articles should not be 
construed as depicting the complete findings of the entire 
referenced report or article and such report or article is expressly 
not incorporated by reference into this presentation. Satellos 
makes no representation or warranty as to the accuracy or 
completeness of any data or information prepared by third parties 
included in this presentation and Satellos assumes no liability 
whatsoever relating to or resulting from such data or information or 
the use thereof, errors therein or omissions therefrom. 
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SAT-3247: Making Regeneration Happen

 Oral, small molecule, disease modifying therapy designed for safety & tolerability

 Harnessing the body’s natural biology to repair & regenerate muscle in response to injury

 Potential applicability in multiple indications beyond DMD

 FSHD has significant unmet medical need

 Preclinical data supports that impaired regeneration in FSHD may be ameliorated by SAT-3247 
leading to an improvement in muscle function

 Satellos plans to extend its clinical program with SAT-3247 into FSHD in 2026

Why SAT-3247 
is different
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SAT-3247 Increases Asymmetric Division 
Improving Muscle Regeneration
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Healthy Muscle

Satellos Discovery: Why is regeneration impaired in Duchenne
Loss of dystrophin disrupts production of progenitors
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Satellos Discovery: Progenitor Formation & Regeneration Can Be Restored  
Inhibition of AAK1 with SAT-3247 Replaces Missing Dystrophin Signal
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Injury Challenge

WT mice
+

BaCl2 injection into the TA 
muscle

Vehicle Control

Or

SAT-3247 10mg/kg

4-weeks PO dosing Terminal Assessment

Live animal intact 
muscle phenotyping

 Improvement with SAT-3247 beyond the natural level of repair – room to improve

 Supports potential use of SAT-3247 in indications with impaired regeneration

Satellos Discovery: Healthy regeneration can be enhanced
Inhibition of AAK1 with SAT-3247 improves repair in non-diseased mice
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SAT-3247 Works Independently 
of Dystrophin
Potential effectiveness in multiple severe muscle 
diseases



© 2025 Satellos Bioscience

FSHD Has Significant Unmet Medical Need
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 FSHD is a genetically complex, progressive muscular dystrophy with variable severity and age of onset1

 One of the most common muscular dystrophies
 1 in 8000 to 1 in 20,000, depending on population
 Affects >800,000 individuals, globally2

DMD FSHD Potential Opportunity for SAT-3247

 Impaired muscle 
regeneration

Progressive loss of 
muscle strength and 
function

Approved therapies but 
significant unmet need

 Impaired muscle 
regeneration

Progressive loss of 
muscle strength and 
function

χ No approved therapies

 Disease modifying potential as a stand-alone 
therapy or in combination

 Agnostic to genetics (FSHD1 vs FSHD2)

1. Preston MK, Wang LH. Facioscapulohumeral Muscular Dystrophy. 1999 Mar 8 [Updated 2025 Jul 10]. In: Adam MP, Feldman J, Mirzaa GM, et al., editors. GeneReviews® [Internet]. Seattle (WA): 
University of Washington, Seattle; 1993-2025. Available from: https://www.ncbi.nlm.nih.gov/books/NBK1443/
2. https://www.fshdsociety.org/living-with-fshd/understanding-fshd/
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Why Use SAT-3247 in FSHD?
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Two diseases, different triggers, same outcome: muscle loss 

DMD Loss of dystrophin

FSHD ↑ DUX4 ↓ PAX7

Mosaic, sporadic, and/or stochastic DUX4 
activation = slow disease process

Ineffective 
Regeneration

Effective 
Regeneration

Muscle loss
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Two diseases, different triggers, same outcome: muscle loss 

DMD Loss of dystrophin

FSHD ↑ DUX4 ↓ PAX7

Mosaic, sporadic, and/or stochastic DUX4 
activation = slow disease process

Muscle regeneration
Ineffective 

Regeneration

Effective 
Regeneration

SAT-3247

SAT-3247
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SAT-3247 enhances muscle 
strength in FLExDUX4 FSHD model
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FLExDUX4 FSHD Model

“leaky” DUX4 induction 
model

1. WT Cre
2. FLExDUX4
3. 3mg/kg
4. 10mg/kg
5. 30mg/kg

Live animal in-
tact muscle 
phenotyping

12-weeks PO dosing
SAT-3247

Functional
Assessment
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SAT-3247 enhances muscle 
strength in FLExDUX4 FSHD model
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FLExDUX4 FSHD Model

“leaky” DUX4 induction 
model

1. WT Cre
2. FLExDUX4
3. 3mg/kg
4. 10mg/kg
5. 30mg/kg

Live animal in-
tact muscle 
phenotyping

12-weeks PO dosing
SAT-3247

Functional
Assessment

** ****
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Summary

 SAT-3247 promotes asymmetric division of muscle satellite cells in response to injury.

 FSHD is one of the most common adult muscular dystrophies.

 There is correlation between regeneration markers and pathology severity in FSHD muscle 
which implies that regenerative capacity is limited or declines in more severely diseased tissue.

 Through an alternative regenerative pathway, SAT-3247 increases the percentage of 
activated satellite cells undergoing asymmetric division and therefore increases effective 
muscle regeneration.

 SAT-3247 may be an effective therapy in other clinical settings with significant muscle injury

 Satellos plans to initiate an FSHD clinical program with SAT-3247 in 2026.

14
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