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Catastrophic



catastrophe

Fka tees.tra.fi/ thoun MM

1. a sudden event that causes very great trouble or destruction.

2. a bad situation
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Dravet Syndrome phenotype

Severe cognitive and motor impairment
* Frequent status epilepticus

* No effective drugs

» No effective therapy

« 20% mortality

« (Care-dependent for life

* No research

* No hope
EURORDIS.ORG







s Patients?



We are impatients
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lu, 20/05/2013 11:32
Nancy Hamilton <nancy.hamilton@eurordis.org>
EURORDIS Summer School list of participants

To Mancy Hamilton
CC Maria Mavris

ﬂ You forwarded this message on 20/05/2013 12:13.
Click here to download pictures. To help protect your privacy, Qutlook prevented automatic download of some pictures in this message.

@ 2013 Participants.pdf . |ﬂ? Practical Information 2...
& onake & 726KE

Dear Summer School Participants,
Please find attached the list of attendees in case yvou would like to communicate with each other before the course begins.

I am also re-sending vou the practical information sheet to help 1n organising vour trip and vour stay in Barcelona.

In the meantime, please let me know if vou have any questions regarding the Summer School.

Nancy Hamilton
Training Manager

EURORDIS

EUROERDIS Pans' Office- Plateforme Maladies Rares, 96 rue Didot, 75014 Pans - France +33 1 56 53 32 12

More information: www eurordis org  Follow us: Facebook Twitter
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Orphan Application for the
Treatment of Dravet Syndrome
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Scientific advice and protocol assistance

EUROPEAN MEDICINES AGENCY -

SCIENCE MEDICINES HEALTH Text size: al A A he-mde e I
Search document library 9-
Follow us: [ B YoullID

Home Find medicine m Veterinary regulatory Committees News & events Partners & networks About us

» Home » Committees P Working parties and other groups P CHMP » Scentific Advice Worlang Party

CHMP
s Scientific Advice Working Party 1 Email (& print @ telp @ Share
CVMP The Scientific Advice Working Party (SAWP) is a standing working party with the Related information

sole remit of providing scientific advice and protocol assistance. It was established Scientific advice and |
compP by the Committee for Medicinal Products for Human Use (CHMP). ’ as:;:r:ea i protoro
HMPC The SAWP is a multidisciplinary group, which comprises a chairperson, 28 members including

three members of the Committee for Orphan Medicinal Products (COMP), one member of the
CAT Paediatric Committee (PDCO) and one member of the Committee for Advanced Therapies

(CAT).
PDCO

In the nomination process of the working party’s members, a fair representation of the

Working parties and following areas of expertise is ensured:

other 5
o » non-clinical safety;

v CHMP + pharmacokinetics;

Mainly advice for clinical trials
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Inclusion and exclusion criteria
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Data from 274 patients in just one week
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Contents lists available at ScienceDirect

Epilepsy & Behavior

journal homepage: www .alsevier.com/f/locate/yabah

The European patient with Dravet syndrome: Results from a @mﬁm
parent-reported survey on antiepileptic drug use in the European
population with Dravet syndrome

Luis Miguel Aras, Julidn Isla, Ana Mingorance-Le Meur *

Dmaver Symdrome Fowndo don Spain, Madnd, Spain

ARTICLE INFO ABSTRACT

-"‘m—'h’ histary: Dravet syndrome is a rare form of epilepsy argely refractory to curment antiepileptc medications, The only pre-
Received l_h'-ﬂcui:-erﬂﬂu cedents of randomized placebo-contmlled trials in Dravet syndmme are the two small trials that led o the
Revised 26 November 2014 appmoval of stiripentol. With the arrival of new clinical triak for Dravet syndrome, we sought o determine the
Ameped 4 December 2014

chamaerstics of the patent populition with Drave tsyndrome in Europe today, which has possibly evo bved sub-
sequent to the approval af stiripentol and the ability to diagnose milder dinical cases via genetc testing. From
May to June 2014, we conducted an onling parent-reported survey to collect information about the demo-

Available online xo0:

Keywaonds:

Dravet syndrome graphics, disease-specific dincal chamoterstics, aswell as curment and past use of antepileptic medicatons by

Childhood e pilepsy European patients with Dravet syndrome. We present data from 274 patients with Dravet syndmome from 15

Antiepileptic dreg European countries, Most patients were between 4 and 8 years of age, and 90% had known mutations in

Orphan dneg SCNIA Their epilepsy was charactenzed by multiple seume types, although only 45% had mome than 4 tonic-

ﬁ;ﬁmﬁ dunl. _‘il.'ILLLI'cE pcr month on average. The mast common drug combination was valpruatr duba.zarrL. and
tn =

n-* *
* o

EURORDIS.ORG X EHE'.,'E!!ES&EJ&




Seizures
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Choosing a disease
or drug indication



Drug development choices

=
2 = Overcrowded a
=< T markets (me-too -
€ o drugs) Ideal scenario!

> E = Fast-movers
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Basic science Opportunistic
(e.g. repurposing)

Not enough
knowledge

Less profitable Highly profitable SR
EURORDIS.ORG Business ' EURORDIS




Know where your disease is
N the matrix



Rare Rare
diseases diseases

We might know
how to do it

Feasibility
(Science)

Rare Rare
diseases diseases

Not enough
knowledge

Less profitable Highly profitable

Business 5w
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Have a strateqgy to
get into the feasible and
profitable box
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Cumulative number of new rare diseases by month since 2010
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Knowledge

Less profitable Highly profitable

Business Bt
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Not Accurate
Not Precise

Not Accurate
Precise

EURORDIS.ORG

Accurate
Not Precise

Accurate
and Precise

According to the National
Institutes of Health (NIH),
precision medicine is "an
emerging approach for
disease treatment and
prevention that takes into
account individual variability
(n genes, environment, and
lifestyle for each person”

Medical treatment
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Eric Topol

The Creative
Destruction of

Eric Topol

PATIENT
f— YOU

HOW THE DIGITAL REVOLUTION

ERIC TOPOL, m.D.

Old medicine

New medicine

Population based

Individualized

One-Off Doctor's office

Real-time streaming, real
world data

Doctor ordered data

Patient generated data

Doctor’s notes, unshared

Our notes, patient edited

Information owned by
doctors and hospitals

Information owner by
rightful owner

Expensive, big-ticket tech

Cheap chips, cloud

Data limited

Panoramic
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"Healthcare is not a
science problem, it's
an information
problem”

Thomas Goetz
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"Healthcare is a science and
information problem"
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Thank you for your attention.

Julianlsla
Dravet Syndrome Federation
Tel: + 43 630986273

Julian.isla@dravetfoundation.eu
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