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Legal Disclaimers
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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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Healthy Volunteers (n=72)
Single Ascending Doses:

Up to 400 mg across 5 cohorts
Single group food effect crossover

Multiple Ascending Doses: 
Up to 240mg/day across 4 cohorts
Administered for 7 days

SAT-3247 administered as oral tablets

Adult Duchenne Patients
Up to 10 adults:

Over 18, genetically confirmed with DMD
Doses: 

60/mg per day
Weekdays for 28 days (i.e., 20 doses)

Primary Endpoints

Safety and tolerability

Secondary/Exploratory Endpoints

Pharmacokinetics
Upper extremity 
dynamometry
99th maximum effort

% predicted forced vital 
capacity
Serum markers

Primary Endpoints Secondary Endpoints

Safety and tolerability Pharmacokinetics

SAT-3247 Phase 1 Study Conducted in Healthy Volunteers 
and Adults with DMD



Impaired regeneration underlies muscle loss
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Progressive, Accumulating Muscle Loss Underlies Loss of  
Functional Capability in DMD



Progressive loss of 
functional muscle

Impaired regeneration
fails to keep up with

the damage

SAT-3247 Designed to Correct Regeneration Deficit and 
Improve Functional Outcomes
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Daily activity induces 
constant muscle damage

Potential to restore 
muscle and improve 

function

Designed to improve 
muscle regeneration

3247



SAT-3247 is an Orally Available Small Molecule Drug
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Mechanism of Action
 Selective inhibitor of Aak1 (Adapter 

associated kinase 1)

 Replaces “the function of 
dystrophin” in stem cells

 Corrects ongoing muscle 
regeneration process

3247 Proof of Concept
 Conducted multiple preclinical 

studies in DMD, FSHD and injury

 Consistently see correction of 
regeneration deficit 

 Functional benefits in murine and 
canine models of DMD 

3247



Overview of Healthy Volunteers Phase 1a SAD/MAD with 
SAT-3247
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SAT-3247 well tolerated with no adverse events reported at predicted efficacious dose

Plasma PK levels demonstrated desired coverage profile at predicted efficacious dose



Healthy Volunteer Safety Summary1
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Cohort
Clinically Significant:

Drug-related AEs
Labs Vitals Physical Exam ECG

SAD 10 mg None None None None None

SAD        50 mg None None None None None

SAD      150 mg None None None None None

SAD      300 mg None None None None None

SAD 400 mg None None None None 2 events: mild nausea; mild 
abdominal pain

MAD 60 mg None None None None None

MAD   120 mg None None None None 1 event: mild lightheadedness

MAD   180 mg Mild transaminase 
elevations None None None

3 events: Intermittent mild epigastric 
pain; mild feeling sleepy; mild 
lethargy

MAD    240 mg Mild transaminase 
elevations None None None

Predicted dose

1 Based on 20 Feb 2025 data cut-off; study is ongoing © 2025 Satellos Bioscience



SAT-3247 Exhibits Dose Proportional PK Profile
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Mean Plasma Concentration-Time Day 1 and Day 7 
MAD 60 mg

MAD 120 mg

MAD 180 mg

© 2025 Satellos Bioscience



SAT-3247 Exposure in Human Consistent with Preclinical 
Efficacious Dose
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Desired exposure: above 
Aak1 IC50 for 6-8hrs

60mg & 120mg dose align 
well

PK profile translates

3247

© 2025 Satellos Bioscience
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Healthy Volunteers (n=72)
Single Ascending Doses:

Up to 400 mg across 5 cohorts
Single group food effect crossover

Multiple Ascending Doses: 
Up to 240mg/day across 4 cohorts
Administered for 7 days

SAT-3247 administered as oral tablets

Adult Duchenne Patients
Up to 10 adults:

Over 18, genetically confirmed with DMD
Doses: 

60/mg per day as oral tablets
Weekdays for 28 days (i.e., 20 doses)

Primary Endpoints

Safety and tolerability

Secondary/Exploratory Endpoints

Pharmacokinetics
Upper extremity 
dynamometry
99th maximum effort

% predicted forced vital 
capacity
Serum markers

Primary Endpoints Secondary Endpoints

Safety and tolerability Pharmacokinetics

SAT-3247 Phase 1 Study: Next Steps

© 2025 Satellos Bioscience



REIMAGINE how muscle degeneration is treated.

REGENERATE with molecule medicines.

REALIZE the next horizon to improve lives.  
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