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Dystrophin is integral to providing mechanical reinforcement to the cell membrane. In its truncated or defective
form, it Is unable to synchronize with the glycoprotein complex that connects the cytoskeleton to the extracellular
matrix. As a result, this disruption leads to the gradual deterioration of the cell membrane and the degeneration of

muscle fibers.

Becker's Muscular Dystrophy (BMD) Is a genetic
disease that causes progressive weakness and
wasting of skeletal and cardiac muscles. Due to
the absence or truncation of the protein
dystrophin, muscles become structurally impaired
as evidenced by muscular myofiber membrane
stress, hypercontraction, and degeneration with

BMD Is a more rare form of dystrophy than DMD, but less severe. Like DMD patients, BMD patients can begin
showing symptoms in early childhood. This Is because fast myofibers (type Il) are more susceptible to early

With dystrophin — fibers support each other

continued muscle use. While not as aggressive Arem myofiber degeneration. Therefore, diagnoses on dystrophies are very common amongst young boys. BMD patients,
and life-threatening as its cousin, Duchenne's R . however, sometimes may not feel symptoms until their 50s.

Muscular Dystrophy (DMD), BMD impacts both W,,,dyphtt,ry  addit 9 | ¢ sreletal I o with BMD | A rick §

the quality and length of life. T . n addition to degeneration of skeletal muscle, people wit are at an increased risk for:

- Cardiomyopathy

Figure 3. A shows how dystrophin (green) supports muscle fibers during - Decreased bone den5|ty
contraction. B shows how the fibers in the muscle are organized and - Cognitive impairment
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dystrophin. Becker muscular dystrophy is caused by | Tha yc Davis Health's Neuromuscular Research Lab (NMRL) is a site for

an ‘in-frame’ mutation in the DMD gene, most Edgewise Therapeutic's clinical drug trial that explores the safety and |""|“"i""""i
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reduction in inflammatory biomarkers of muscle damage and stabilized
o — performance on physical function tests (fig 4). At the NMRL we enroll
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Figure 2. Top row shows a typical DMD gene, bottom row shows an in frame conduct other safety monitoring activities. to advancing the understanding of disease progression and potential treatments for BMD. . _
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the protein is shorter and only partially functional
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