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4TH INTERNATIONAL CDKL5 FAMILY EDUCATION &
AWARENESS CONFERENCE
2018 UNITY FOR A CURE CONFERENCE

IFCR is excited to host their 4th annual family conference. This year
the conference is being held at the Hyatt Regency Aurar-Denver
Conference Center near Denver, CO. This conference brings
together both families and the professional and scientific
communities. Program highlights include:

Heidi Grabenstatter has dedicated her
scientific career to understanding the
underlying mechanisms of epilepsy and
identifying potential therapeutics to inhibit
the disease progression. After receiving a
Ph.D. in Neuroscience from Colorado
State University, Dr. Grabenstatter has
spent over a decade conducting scientific
research at the University of Wisconsin,
University of Colorado Anschutz Medical
Campus, and the University of Colorado
Boulder using a multidisciplinary approach
to better understand the mechanisms that
contribute to the development and
progression of epilepsy and associated
comorbidities. Her commitment to epilepsy
research is strengthened by her personal
understanding of the extreme challenges
that people with epilepsy face. She was
diagnosed at age 5 with temporal lobe
epilepsy that has been refractory to both
medical and surgical therapies. Based on
both her academic interests and personal
experience with the disease, Heidi is
committed to translational research to
improve the lives of people with epilepsy
and other neurological disorders. The
combination of her passion, her academic

Expert Sessions on Research, Clinical Trials, Genetics,
Medical/Symptom Management, Therapies, Communication,
Literacy, School, Adulthood, Quality of Life, Fundraising, and
Advocacy
Small Group Meet and Greets
Build Lasting Relationships with the International Foundation
for CDKL5 Research, Expert Presenters, and Attendees
Celebrations at the Friday Night Tribute Reception
Visit our website for links to register with IFCR for the conference
and for special hotel rates.
https://www.cdkl5.com/for-families/resources-support/familyconferences/

Thank you to our 2018 Unity for a Cure Premier level of
sponsorship rom Marinus Pharmaceuticals, maker of Ganaxolone.
Special thanks is also in order for the following sponsors, also
contributing significantly to the success of our event:

experience, and her patient perspective
make
Dr.
Grabenstatter
uniquely
positioned to act as a conduit between
patients and caregivers with unmet needs
and the CDKL5 clinical and research
communities to foster innovative research
solutions. In her free time, Heidi enjoys
spending time with her family. She is the
proud mom of three kids, Maggie (8),
Harvey (7), and Sam (3).

Takeda
Greenwich
Amicus
Roche
PTC Therapeutics
Zogenix
WITHOUT YOUR GENEROSITY WE WOULD NOT BE ABLE TO
OFFER CONFERENCE AT NO CHARGE TO THE COMMUNITY!

Heidi can be reached at
hgrabenstatter@cdkl5.com

A Scientific Update

You can read about the rest of the
Scientific Advisory Boad by visiting the
website at www.cdkl5.com

The IFCR is thrilled to announce the funding of
two new basic research grants in the first quarter
of 2018.

IFCR Family Support
Regional Representatives

IFCR
has
recently
created
family representatives through the US. The
regional volunteers are here to help
families. Our family reps are there to offer
support for families in their region. They
are able to help families with services and
resources that may be available in their
area. Also, they can bring families together
to meet and support one another.
For a complete list of our family reps
please visit out site at:
https://www.cdkl5.com/forfamilies/resources-support/regional-familysupport-representatives/
Upcoming CDKL5 Events
May 19th - Vivi's Drive for a Cure

Vivi’s Drive for a Cure has raised $200,000
for the International Foundation for CDKL5
Research over the last nine years! Help
us achieve our goal of $250,000 over 10
years!
For more information:
Vivi's Drive for a Cure
MAY 20th - Million Dollar Bike Ride 2018

Highline Park
31st Street & Chestnut, Philadelphia, PA
7:30am EVENT CONTACT:
milliondollarrideinfo@gmail.com

The IFCR is pedaling for research! JOIN
US NOW or DONATE HERE all
donations up to $50K will be matched
dollar-for-dollar
June 9th - I Golf for Aiyana

Please join us for a day filled with fun,
friends,
fundraising!
There
is
no
government funding for CDKL5, so all
research is dependent on the private
sector. Please help us to find a cure for
this devastating disorder that impacts the
lives of over 2,500 children around the
world.

by Heidi Grabenstatter, PHD

1. Dr. Jyothi Arikkath’s work at the University of
Nebraska, “Mouse Model of CDKL5 disorder ,”
will generate mice bearing a A40V CDKL5
disorder
mutation
using
CRISPR-Cas
technology. The A40V mutation is one of the few known recurrent
CDKL5 mutations and the A40V mutant form of cdkl5 generates a
full-length protein that is deficient in nuclear translocation. The lab
aims to develop mice that will be deficient in nuclear translocation
or localization of cdkl5 protein in inhibitory neurons. Dr. Arikkath
and IFCR’s science team have high hopes that this will be a good
model to dissect molecular aberrations in CDKL5 disorder and will
accurately recapitulate the human condition. Development of a
mouse model that mimics the molecular, behavioral, and
physiological deficits present in the disorder will prove invaluable for
future clinical translational studies providing a pre-clinical method
for testing potential therapies for CDKL5 disorder.
2.

Dr.

Scott

Francisco

Baraban’s

will

be

group

working

at

University

towards

of

California

establishing

a

San

“zebrafish-

Using CRISPR/Cas9
genome editing technology, cdkl5 loss-of-function zebrafish mutant
lines will be generated. Automated locomotion tracking and
electrophysiology recordings will be conducted to characterize
potentially altered brain activity in intact zebrafish larvae using
unique assays developed in the Baraban laboratory. These
techniques will be used to determine whether the cdkl5 mutant
zebrafish are pharmaco-resistant to traditionally used AEDs. If an
appropriate cdkl5 loss-of-function zebrafish model for epileptic
seizures is generated, future studies will screen libraries of
approved FDA drugs for repurposing as potential therapies for
CDKL5 disorder. This high-throughput screening approach allows
for rapid movement of a new drug discovery to the clinic as
previously demonstrated by Dr. Baraban’s group with the
identification of an FDA-approved compound originally identified in
a zebrafish model of Dravet syndrome that has since shown some
efficacy during compassionate use trials in that patient population
(Griffin et al., Brain 2017).
based drug discovery program for CDKL5.”

The IFCR President, Karen Utely, and Scientific Director, Heidi
Grabenstatter, were honored to attend a meeting hosted by the
Epilepsy Foundation which gathered the rare epilepsy groups, or
The Rare Epilepsy Network (REN), a PCORI funded patient- and
caregiver-powered research network, of which IFCR is a member.
The REN is partnering with clinicians and researchers to develop
the Epilepsy Learning Healthcare System (LHS). The initial meeting
aimed to improve quality of epilepsy care which requires the
engagement of all key stakeholders. The leadership of the LHS
initiative introduced the fundamentals of quality improvement (QI)
methodology and requested that the rare epilepsy communities take
part by identifying priorities (i.e., outcomes) that were important to
their patient population at different ages and stages of care.
Brainstorming sessions regarding how people living with epilepsy
and their caregivers may help co-produce care, QI, and research
expectations took place throughout the duration of the meeting. We
left energized and confident that we can extend what he learned at

For more information:
I Golf for Aiyana

a local level in our COEs to learn from the clinical data we are
collecting.

June 13th - Starfish Virtual 5K

Parent's Guide to the IEP

Support For Starfish Virtual 5k is taking
place June 13-20, 2018! All proceeds go
to the IFCR.
For more information:
Starfish Virtual 5K
June 29th - David's Fight to Cure CDKL5

David is almost 14 years old and has
endured well over 60,000 seizures with no
treatments helping. He cannot walk, talk,
nor feed himself, is wheelchair bound and
100% dependent on others to survive. But,
we have hope. Due to so few being
stricken with this disorder, research funds
are scarce.
Please help us in raising money for
CDKL5 research. Our family will be going
to the conference this June in a Colorado
and will be presenting the check to the
IFCR team at that time.
For more information:
David's Fight to Cure CDKL5
July
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-
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Join us for a family friendly 5K and 1 mile
fun run. All proceeds benefit the
International Foundation for CDKL5
Research. We welcome runners and
walkers of all ages and abilities! Click
here to visit the Strides for Starfish
Facebook page.
For more information:
5th Annual Strides for Starfish
August 18th - All is Stride - Evie's CDKL5
Journey

Join us for a one mile fun walk to raise
awareness of CDKL5 Deficiency Disorder!
We welcome walkers of all ages and
abilities! Registration includes a t-shirt.
Directly following the race we will have
raffle that will include items donated by our
generous sponsors, friends and family!
For more information:
Evie's CDKL5 Journey
September

29th

-
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for

a

Cure

- Details TBA soon!

4th Annual Sayville
Supports Sammy
Event raises
$40,000!

This article is intended to give a brief overview of working with the
school and district to make sure that our children are given the most
appropriate education possible.
Generally, when our children with CDKL5 become school aged they
will be transitioning from Early intervention services to an IEP. With
this transition, the IEP team should take into consideration what is
already in place from early intervention.
Special Education is designed around 6 principles. These principles
should be the steps taken during the entire IEP process. This could
be at the initial IEP or for any reevaluation.
1. Parent and student participation. As the parent, you know your
child best. The IEP team should involve both the parent and
student. The parent will have the opportunity to express concerns,
interests of the child and their expectations for their child. This
views will be included in the IEP.
2. Appropriate Evaluation. The most important part of the evaluation
process for a parent is knowing that you can request a preevaluation meeting to discuss what the evaluation will involve.
During this meeting the parent will have the opportunity to address
concerns and focus on areas they feel are most important.
A special education evaluation must include: a specialist
assessment, an educational assessment, a health assessment, a
psychological assessment and a home assessment.
3. Individualized Education Program. Once the evaluation is
complete, the IEP team will create the IEP. The team should
include: the parent, the special education teacher, the regular
education teacher (if applicable), a district representative, a school
administrator and any other involved parties, such as therapists or
psychologist. If the parent disagrees with the evaluation they have
the choice to have their own evaluation completed, which would be
at the cost of the parent.
IDEA (The Individuals with Disabilities Act)states the students with
disabilities should participate in the general curriculum. But when
we begin discussing children with multiple disabilities, the general
curriculum or classroom may not be the least restrictive enviroment
(see #5). The very first part of the IEP is the goals that are
established for the child. This is also where the parents
concerns for their child will be expressed. The IEP team's goal is to
establish goals for the student that will have the most benefit. The
evaluation that was done will reflect all the needs of the child and
those needs will be addressed in the IEP. for example; if a child
needs speech, occupational, physical or behavioral therapies. The
Team will discuss necessary services, including special teaching
services, consultative services, training for teachers, and other
related or supportive services such as transportation, psychological
services, counseling services, and orientation and mobility services.
The Team will specify these services in the IEP.
If the parent agrees with the IEP, they will sign and the services will
begin immediately. If the parent does not agree they are able to
reject the IEP. If the IEP is rejected, services will not begin until
everything is agreed upon.
4. Free and Appropriate Public Education. A child who is eligible for
special education services is entitled by federal law to receive a
Free Appropriate Public Education (FAPE). FAPE ensures that all
students with disabilities receive an appropriate public education at
no expense to the family. FAPE differs for each student because
each student has unique needs. FAPE specifies that needed
services must be provided without cost to the family.

5.Least Restrictive Environment. IDEA mandates that students with
disabilities must be educated with their non-disabled peers to the
maximum extent appropriate based on the student’s needs. This is
known as the Least Restrictive Environment. The Team (including
the parent) determines the placement that the student needs to
provide the services on the student's IEP and the Team must
choose the least restrictive environment that will provide those
services. This means that the student should attend the school he
or she would attend if nondisabled, unless the Team determines
that the nature of the student’s disability will not allow that student
to have a successful educational experience in that environment.
On April 27th, the Sands family hosted the
4th Annual Sayville Supports Sammy
Event. The event took place in Land's End,
Long Island, NY. The event was an
incredible success and with companies
matching donations, the Sands expect a
$40,000 donation for IFCR. The IFCR
would like to thank Sammy and his
incredible family for their continued
dedication and support to find a cure
forCDKL5!

6.Procedural Safeguards. Specific procedures that protect the
rights of students and parents with disabilities are meant to help
make the complicated special education process more predictable
and dependable. They are designed to ensure that appropriate
procedures are followed and that special education and related
services are individualized for each student.

A HUGE thank you to
Team Sammy Sands!
CALL FOR YOUR CDKL5 STORY

Marinus Pharmaceuticals (CDKL5 Ganaxolone trial) is redesigning
their website and wants to include your stories, pictures of CDKL5
children and families, their artwork, etc. The photo guidelines are
preferably photos with the highest resolution possible, but minimum
should be 72 dpi. Also, if they can be at least 1400 pixels wide, that
would give the most flexibility to size them how needed without
losing resolution quality. If you would like to participate, please
email your submissions, with signed image release form,
to lcaperelli@marinuspharma.com or ajaksha@CDKL5.com.
Please feel free to reach out if we can clarify or help you get your
photos involved in this project. More information about Ganaxolone
can be found here: http://www.marinuspharma.com/…/pediatricorphan-indications/
Please visit our website at https://www.cdkl5.com/.
Donate to our cause at https://app.etapestry.com/onlineforms/InternationalFoundationforCdk/donate.html.

