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Rare, X-linked disorder defined by
spontaneous loss-of-function
mutations in one copy of the CDKL5

gene.
Incidence 1 in 40-50,000. One of the most

common causes of genetic epilepsy.

Intractable infantile seizures within the first months
after birth.

Severe developmental delay leading to intellectual
disability, along with speech, visual, and motor deficits.

No effective treatment available. 1 Orphan Drug
Designation.
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* Genesis and Strategy — De-risking CDKL5 Deficiency

Disorder

* Multiple Approaches — Treatments and Cures

« Parallel Objectives:

Funding Academic Research

Engaging and Enabling Industry

Breaking Down Barriers

Plugging the Gaps — Translational Toolkit/ Regulatory
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ADVANCING RESEARCH INTO THE UNDERSTANDING AND
DEVELOPMENT OF THERAPEUTICS FOR CDKL5 DEFICIENCY
DISORDER
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CDKLS
FORUM
'LONDON

F'5-g 0CT 2015
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coKL5 “10» FoRUM

BOSTON 129-30 NOV 2017

Annual CDKL5 Forum research
congress (London and Boston)

Record participation and a total of 35
companies attended 2017 Forum.

Private non-profit
UK foundation

m&ﬂ_

www.cdkl5forum.org On-line

portal for research collaborations

2017 help create
international alliance
of patient organizations

|'=—DA

Establish dialogue with
regulators and participate

i in regulatory meetings

e ssh orphan
o: :o disease center
Strategic partnership
with Penn Medicine
Orphan Disease
Center and launched
the CDKL5 Program of
Excellence

3 editions of the CDKLS5 Program of Excellence Pilot Currently:
Grant Program

Preparing the field
A total of 31 separate research projects in 41 labs at for 5-6 potential
30 leading institutions, enabling the focused research clinical trials within
of over 120 scientists. the next 2 years.
2018: First NIH R01 research grant (5-year, $2M) Launching disease-
awarded to a CDD researcher as a result of modifying
Foundation funding for early stage research. programs.
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