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Ptl died at 5 months of age after a rapid neurological deterioration.

Pt2 died at 7 months after a rapid neurological deterioration.
J Med Genet 2003;40:896-899

Pt3 died at age 3 years 9 months.
Pt4 died at 6 months.
Ann Neurol 2004;55:58—64

Patient died after an acidotic coma at age 9 mo.
Pediatr Res 55: 842—-846, 2004
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3:5 Y i $ 1 Letter to the Editor
L Is vatiquinone truly beneficial for Leigh syndrome?

“Though promising, a single case is not sufficient for assessing the

therapeutic effect of a so far un-approved drug. Drug effects need to be
evaluated by a randomized, double-blind, placebo-controlled trial to prove or
disprove a possible therapeutic effect. —EGHHEE P LHEWEEBRA ALY

“How to exclude that the improvement was due to the natural course and not
due to an effect of vatiquinone? There are several reports about
Improvement of the neurological deficits in mitochondrial disorders without
treatment.” BAZEETLHYSS

We have also experienced some gradual improvement in Leigh syndrome. However,
we wanted to convey the fact that the patient exhibited rapid improvement of fine

motor movement and bowel movements, and comparison with historical cases with

the same mutation. 1fflEWVZ ELFEFIRARBLEITEKRIH S,
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We believe that you share the opinion that we really
need more effective approved drugs for this devastating
disease. Because Leigh syndrome is genetically very
heterogeneous, it is very challenging to study in double-
blind, placebo-controlled trials.
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