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PARTNERS PROJECT DESIGN

8 experimental WPs:

NEW MODELS Development, validation and optimisation of essential new models & tools
PATHWAY LEADS Identifying therapeutic target pathways using genetics & biology
METABOLOME |dentifying therapeutic target pathways and developing new diagnostic &

monitoring techniques using metabonomics
NATURAL HISTORY Natural history of the brain and beyond
COMPOUND LEADS Identifying new therapeutic compound leads
ZEBRAFISH TRIAGE Determination of therapeutic potential using zebrafish
GENE THERAPY Gene therapy for the brain, eye and other organs
DRUG THERAPY Delivering new small molecule therapy to the mouse

3 facilitating or supporting WPs: 4-5 Tasks/WP
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ORGANISATIONAL STRUCTURE

CONCEPT

BATCure will investigate the natural history of Batten disease, elucidate the function of key proteins and determine

disease mechanisms, as well as develop new therapies for three forms of the disease. Batten disease is one of B ATC
approximately 50 lysosomal storage disorders, in which genetic mutations disrupt the cells ability to recycle Eé‘)t(e':‘il ure
waste. Children and young adults with Batten disease suffer progressive neurological impairment, which Advliosory
includes: seizures, visual impairment or blindness, personality and behaviour changes, dementia, loss of motor skills Board Coordination _
and loss of the ability to walk, talk and communicate. There is currently no treatment. This consortium brings together _ _ & Resources [Scientific c oordinator(MoIe)] Reporting
ten leading scientific research groups, three companies and one patient organization from across Europe, with half édp‘)’;)csr% Executive Board Advice
applying their expertise and skills to Batten disease for the first time. General Assembly Coordinator [ Project Manager (Ellis) ]
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SMAL MOLECULE Gene therapy
UCL, AcureO, USAL, Orphazyme UCL
Leads that rescue yeast& zebrafish models Toxicity CLN3, CLN6
Leads from disease biology Vectors CLN3, CLN6
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