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Background: Patient Case Objective and Methods

=3 Objective: To describe the neuropathology

L pesiges 09 o (including eye pathology) of this case of CLN7
Batten Disease In the setting of novel and patient-
centered treatment.
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Background: Batten Disease Results/Discussion
+ Progressive loss of vision neurodegeneration : ‘autofiuorescent ceroid » Extensive documentation of CLN7
I fm:td rovementan pofuscihin neurons and neuropathology findings, including retina
. Early death (important for understanding this rare
NEURONAL CEROID d isease)
LIPOFUSCINOSES * Demonstration of biodistribution of novel
(Batten disease) nge of onset e ASO milasen in brain parenchyma (important
2lso be used for for understanding ASO therapeutic activity)
Characteristic set of infantile, late » Demonstration of ASO-associated
e vsed for aimeafieation 13 genetically defined . macrophage accumulation in leptomeninges

be used for classification subtypes, CLN1-13
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