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PRACTICE GUIDELINE UPDATE SUMMARY:
CORTICOSTEROID TREATMENT OF DUCHENNE
MUSCULAR DYSTROPHY: REPORT OF THE
GUIDELINE DEVELOPMENT SUBCOMMITTEE OF
THE AMERICAN ACADEMY OF NEUROLOGY

Haluk Topaloglu, Ankara, Turkey: I read with
interest the guidelines on corticosteroid treatment
in Duchenne muscular dystrophy (DMD).1 As a pedi-
atrician, I find 0.75 mg/kg/d of prednisone very high.
I understand the principle of initiating with a higher
dose; however, maintaining this regimen beyond
weeks is not possible in practice. The authors also
quoted a time frame of 6 months. We do not even
give this amount (cumulatively) of steroids to patients
with juvenile dermatomyositis. Of course, all is a mat-
ter of tailoring the drug, but this should be done early.
Serious side effects are virtually inevitable at this rec-
ommended dose, which is cumulative and naturally
will create other health issues (sometimes irrevers-
ible). New therapies (molecular) are approaching
and, in the meantime, we face the dilemma of keep-
ing the patient in good health while fearing that once

walking is lost it will not come back. I realize this fact.
However, the general health of the patient would be
a concern.

Author Response: David Gloss, Charleston, WV;
Richard T. Moxley III, Rochester, NY; Stephen
Ashwal, Loma Linda, CA; Maryam Oskoui,
Montreal, Canada: We thank Dr. Topaloglu for shar-
ing his personal experience. The side effects of long-term
steroids are substantial and should be part of the
decision-making process.

The evidence supports 0.75 mg/kg/d as the pre-
ferred dose of prednisone in this patient population.1

There is robust short- and long-term evidence of pre-
dnisone’s efficacy in motor function, pulmonary
function, and cardiac function. In practice, patients
with DMD have been maintained on this dose of
prednisone for years. Daily corticosteroid use is con-
sidered by many in the field to be standard of care.
Furthermore, there is evidence that a lower daily dose
at 0.3 mg/kg/d, although associated with fewer side
effects, is less effective.2

New therapies are on the horizon. However, they
are not currently clinically available. Most clinical trials
on these new therapies also consider daily steroid ther-
apy as standard of care, making it a criterion for study
entry in many cases. In our next update, if these new
therapies are available, we plan to include them.
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CORRECTION
NDUFA-1 is not a nuclear modifier gene in Leber hereditary optic neuropathy

In the Clinical/Scientific Note “NDUFA-1 is not a nuclear modifier gene in Leber hereditary optic neuropathy” by
P. Yu-Wai-Man et al.,1 there is an error in the first author’s name, which should have read “P. Yu-Wai-Man” rather than
“P.Y.W. Man” as originally published.
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NDUFA-1 is not a nuclear modifier gene in Leber hereditary optic neuropathy

This information is current as of July 11, 2016
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