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VATIQUINONE

• Vatiquinone is a small-molecule therapeutic in 
development for the treatment of mitochondrial 
diseases and disorders characterized by elevated 
oxidative stress and impaired energy metabolism.

• Administered orally, vatiquinone is able to cross the 
blood-brain barrier, reaching the central nervous system 
to exert its effects. 

• Its primary mechanism involves targeting critical 
enzymes that play a role in energy metabolism, oxidative 
stress, and inflammation—key pathways involved in the 
progression of mitochondrial and neurological diseases.

• Through these combined mechanisms—targeting 
enzyme pathways linked to oxidative stress and 
inflammation, inhibiting lipid oxidation, and indirectly 
reducing ferroptosis—vatiquinone offers a novel and 
multi-faceted approach to treating mitochondrial and 
oxidative stress-related disorders.



STUDY DESIGN

• Phase 3_ Double blind_ Placebo controlled trial

Preclinical

• Laboratory
studies

• Provide
information 
on dosing
and toxicity
levels

Phase 1-Safety

• Evaluate safety
• Gather

information 
about how a 
drug interacts
with the 
human body

Phase 2-Safety & 
Dosing

• Further evaluate
safety

• Monitor side effects
• Check which dose 

works best
• Check effectiveness

Phase 3-Safety 
& Efficacy

• Confirm
effectiveness

• Monitor safety

FDA Review

Confirm safety and 
effectiveness of 
the drug

Phase 4

Evaluate drug
overtime in a 
large number of 
patients

Drug approved for 
human testing

Submit to FDA 
for approval

Drug is approved

Clinical Research Timeline



STUDY DESIGN

Randomization

V2 – Week 2 V4 –  Week 16

Eligibility, informed consent

1:1

Vatiquinone

Placebo

Vatiquinone

72 weeks 24 weeks

• Primary endpoint
o Change from baseline in mFARS at 72 weeks

• Other Key Endpoints
o Change from baseline at 72 weeks : 

• FARS-ADL
• 1 minute walk test
• Upright Stability Subscale
• Modified Fatigue Impact Scale



BASELINE CHARACTERISTICS

Primary Analysis Population

(7-21 years old)

Overall Enrolled Population

(≥7 years old)

Placebo

n (%)

Vatiquinone

n (%)

Total

n (%)

Placebo

n (%)

Vatiquinone

n (%)

Total

n (%)

Subject Number 62 61 123 73 70 143

Mean Age at Baseline [min,max]
14.3 [8,21] 15.0 [9,21] 14.6 [8,21] 18.2 [8,68] 19.1 [9,68] 18.7 [8,68]

Age at Onset

    <8

   8 to <14

   14 and over

28 (45.2)

30 (48.4)

4 (6.5)

27 (44.3)

26 (42.6)

8 (13.1)

55 (44.7)

56 (45.7)

12 (9.8)

28 (38.4)

34 (46.6)

11 (15.1)

27 (38.6)

28 (40.0)

15 (21.4)

55 (38.5)

62 (43.4)

26 (18.2)

mFARS at Baseline [min, max] 43.3 [20, 68] 41.6 [22, 69] 42.5 [20, 69] 43.3 [20, 68] 42.5 [22, 69] 42.9 [20,69]

Region – n (%)

    Asia Pacific

    European Union

    North America 

    Latin America

3 (4.8)

19 (30.6)

31 (50)

9 (14.5)

5 (8.2)

16 (26.2)

33 (54.1)

7 (11.5)

8 (6.5)

35 (28.5)

64 (52)

16 (13)

3 (4.1)

19 (26)

42 (57.5)

9 (12.3)

5 (7.1)

16 (22.9)

42 (60)

7 (10)

8 (5.6)

35 (24.5)

84 (58.8)

16 (11.2)



TOLERANCE

Placebo (n=73) Vatiquinone (n=73)

Events 

(n)
Subjects (n)

Subjects 

(% of placebo 

arm)

Events 

(n)
Subjects (n)

Subjects 

(% of treatment 

arm)

Headache 62 26 35.6% 43 25 34.2%

Diarrhea 17 14 19.2% 32 22 30.1%

Nausea 25 13 17.8% 19 15 20.5%

Abdominal pain 8 7 9.6% 15 10 13.7%

Epistaxis 4 3 4.1% 10 8 11%

Pruritus 1 1 1.4% 5 5 6.8%

Dyspepsia 4 4 5.5% 10 5 6.8%

Decreased appetite 4 4 5.5% 6 5 6.8%

International Normalized Ratio Increased 0 0 0% 4 4 5.5%

Musculoskeletal stiffness 0 0 0% 3 3 4.1%

Chest pain 1 1 1.4% 2 2 2.7%



VATIQUINONE TREATMENT DEMONSTRATED IMPROVEMENT VS 
PLACEBO ON MFARS AND IN KEY SUBSCALES

Primary Analysis (mITT) Population
(LS Mean with 95% CI) 

p = 0.144
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Upright Stability Subscale captures Primary Drivers of Disease 
Progression and is Most Sensitive to Capturing Treatment Effect



UPRIGHT STABILITY SUBSCALE (USS)

• USS captures clinically relevant functional tasks that can be 

tied directly to the ability to ambulate independently

• USS includes 2 types of assessments:
o stance/balance items 

owalking/sitting items

• There is a unique and reproducible pattern of functional loss in 

the USS stance/balance items during FA progression

mFARS

Upright
Stability

Bulbar

Lower
Limb

Upper
Limb



VATIQUINONE TREATMENT SLOWED DISEASE 
PROGRESSION (TOTAL USS)

• USS changed at a rate of 2.0 points per year in the placebo group 

• Vatiquinone treatment slowed progression by 0.8 points per year

• At week 72, the treatment benefit predicts a 40% reduction in disease progression and a delay in time 
to loss of ambulation of approximately 9 months



VATIQUINONE DEMONSTRATED MEANINGFUL BENEFIT AND 
STRONG SAFETY PROFILE FOR YOUNGER AMBULATORY FA 
PATIENTS

Vatiquinone treatment resulted in a statistically 

significant treatment effect on Upright 

Stability and Fatigue

New data highlight that upright stability scale 

is the subscale that best captures disease 

progression and is most likely to capture 

treatment effect in ambulant FA patients

A high unmet need for pediatric 

FA patients remains

Vatiquinone treatment was safe and well 
tolerated with an adverse event profile similar 
to placebo

12
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Questions ?
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