SCO n to In vivo Animal Models .
Pompe Disease

6" Mouse Model - 6"¢° Mice

The mouse model has a knockout in the acida-glucosidase (GAA) gene, resulting in reduced GAA

enzyme levels and thus a progressive accumulation of glycogen in different tissues.

Starting at 3 weeks: Later phenotypes:
+ Reduced GAA activity in brain, spinal cord, « Reduced body weight
liver, and muscle « Astrocytosis

+ Glycogen accumulations in brain, spinal
cord, heart, skeletal muscle, and diaphragm
(PAS reaction)

+ Reduced number of myofibrils

+ Damaged muscle structure

+ Reduced mobility

Wire Hanging Grip Strength
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