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• Define Duchenne Muscular Dystrophy
• Discuss the multidisciplinary care model

Objectives
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History1
• Described by Meryon, 1852 and Little in 1853
• 1861 Duchenne established diagnostic criteria
• Becker Muscular Dystrophy described in 1955
• DMD gene mapped on Xp21
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• Absent or deficient dystrophin
• Dystrophin = protein responsible for 

strength, stability, function of muscle 
fibers2

Duchenne Muscular Dystrophy
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DMD gene3
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Genetics
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Genetics
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DMD Care4
Neurology Pulmonary

Rehabilitation Cardiology

Endocrine GI

Psychological

Orthopedic

Transitions

Bone 
Health
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Multidisciplinary Clinic Visit
• Height/Weight
• Neurology
• Pulmonary
• Physical Therapy
• Social Work
• Genetics 
• Treatment

• Cardiology
EKG, ECHO/cMRI

• Endocrine
DEXA / X-Ray

• Orthopedics
• Rehabilitation
• Durable 

Medical 
Company

• Orthotics

• Speech therapy
• Occupational 

Therapy
• Neuropsych
• Palliative Care



#PPMDConference

Google images



#PPMDConference

• Evaluate each patient individually
• Establish baseline and trajectory with 

validated assessment tools
• Management

– Medications, research options
– Respiratory and cardiac technology
– Surgical options: scoliosis, contractures

• Coordinate multidisciplinary team

Neurology’s Role2
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• Steroids
• Approved therapies

– Exon skipping
• Treating symptoms 

(constipation, sleep, ect)
• Research options
• PT and Stretching
• Orthotics

Treatment2



#PPMDConference

• Prednisone
• Deflazacort 

(Emflaza)

Steroids
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• Able to walk longer
• Arms stay stronger longer
• Helps to keep breathing muscles strong
• Avoid scoliosis surgery
• Delays cardiomyopathy (heart dysfunction)
• Improves survival

• BUT … steroids have side effects too

Steroids
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Prednisone Deflazacort
Preferred by US insurance
More behavioral side effects
More like to cause diabetes
More weight gain

More like to cause cataracts
Decreased height
More osteopenia

Both improve strength (compared to placebo)
*deflazacort may be more effective at delaying loss of 
muscle strength, motor function 
Daily and weekend only regimens were both effective
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• Bring snacks
• Bring activities for your child
• PPMD Care Checklists 

www.parentprojectmd.org
à Care 
à Duchenne Care Guidelines

Preparing for your appointment

http://www.parentprojectmd.org/
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• Height, Weight, BP
• QOL
• New symptoms or concerns
• Labs
• Pulmonary function testing
• EKG / ECHO

Monitoring



#PPMDConference

• PT assessment every 6 months
– Range of motion, strength 
– North Star Ambulatory Assessment, timed 

function tests (6MWT)
– BayleyIII and Griffiths mental development in 

infants
– Brooke upper extremity, Egan Klassifikation in 

non-ambulatory

Monitoring
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• Daily Stretching !! 4-6 times per week
• AFO

– Night while ambulatory, day if non-ambulatory
• Submaximal, aerobic exercise (swimming, 

cycling)
– Avoid high-resistance, over exertion

After your appointment
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