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The dystrophinopathies cover a spectrum of Xinked muscle disease ranging from mild to severe that includes Duchenne muscular dystrophy, Becker muscular dystrophy, and DMD- iated dilated cardi patt RIKEN_BRC #8 A ¥lea y
(DCM). The mild end of the spectrum includes the phenotypes of asymptomatic increase in serum of creatine phosphok (CK) and muscle cramps with myoglobinuria. The severe end of the _
spectrum includes progressive muscle diseases that are classified as Duchenne/Becker muscular dystrophy when skeletal muscle is primarily affected and as DMD-associated dilated cardiomvooathv [DCM) when the R Diseaespost 75l ne G fom a et Wscar gy Sk o

A E x B 5 % y A HPS0233 = . e e HPS0233 ted using the Sendai virus. ? -
heart is primarily affected. Duchenne muscular dystrophy (DMD) usually presents in early childhood with delayed motor milestones including delays in walking independently ‘collNo=HPS0233 vector. Order Form (C-0042, C-0057, C-0007 or C-0007p). l l |’l- N
Proximal weakness causes a waddling gait and difficulty climbing stairs, running, jumping, and standing up from a squatting position. DMD is rapidly progressive, with affec! . -
by age 12 years. Cardiomyopathy occurs in almost all individuals with DMD after age 18 years. Few survive beyond the third decade wwhlre.sp\ra'cry complications and pro( e e n o iy /)e:l\bankbmnkmmlml s _— s patient : y: Aﬁ‘&r;mms ;‘ﬂz:z C E L L S EARC H SYST E M (@)
causes of death. Becker muscular dystrophy (BMD) is characterized by later-onset skeletal muscle weakness. With improved di it has been r SollNo=HPS0234 Vector. Order Form (C-0042, C-0057, C-0007 or C-0007p). Wy, A5 S e

-

men with onset of symptoms after age 30 years who remain ambulatory even into their 60s. Despite the milder skeletal muscle involvement, heart failure from DCM is a common cause ot morbidity and the most
common cause of death in BMD. Mean age of death is in the mid-40s. DMD-associated DCM is characterized by left ventricular dilation and congestive heart failure. Females heterozygous for a DMD pathogenic
variant are at increased risk for DCM. >> #8iR (Google) &
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\ A \Y
Becker muscular dystrophy (BMD) is a neuromuscular disease characterized by progressive muscle wasting and weakness due fo degeneration of skeletal, smooth and cardiac muscle. >> Ei3 /_\/ \ J'b EI’ \EE i N
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