Pompe Disease

Pompe disease is an inherited disorder in which pathological levels of the complex sugar glycogen accumulates in cell

O /v( vYo r}ve 8 W}u %o
A lv eeU vo EP

O > S rjve S Whu %o .
% E}PE *+]A upe o A

Wlu% ] v pos@&E r& & pS}etu o E

Wlu% ] ] e C o}JA o A o }E

PoC }P v ]Jv SZ o0Ce}e}u U
. ] vCo ¢S} o0Ce}eluo PoC }P v

dE 3Su vse E ee]VP ' viCu . ] v C

& vICu E %0 uvVvs 3Z E %C ~ Zd-

O DUOY %0 JVA eYP Y}v o % @E} p S« Jv

]e
o]A E

]o

Z o V }ve
v Z ESU

Z e VvV }ve S
v eeU ]8 pOS

E ] v el o038 0upge o E viS A oo

Pompe is a not a blood
disease
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Site-Specific Glycopeptide Mapping
LC-MS/MS
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(Ex: 320nm, Em: 420nm)

Complex &
Neutral
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Fluorescently Labeled Glycan
Chromatography
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Less than 1% of the administered dose reaches most severely

impacted tissues
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glycans.
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* Dand Emust be cleaved at the 928! position to achieve the active conformation
I Jsubunit must bind here to achieve active conformation
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CI-MPR Affinity CI-MPR Binding

Not All Phosphorylated Glycans Chromatography Kinetics

Are Equal for Binding CI-MPR

K=1.7 nM
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