-3 NORD’ U GENE & CELL
"“ < &
PN oo el THERAPY

Life After Gene Therapy

For sound, stream audio through your speakers.
If you are having trouble accessing sound, please
send a message using the chat box in the lower

left hand corner.

Alone we are rare. Together we are strong.




This webinar is being recorded.
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Question and Answer Session

Submit your questions using the chat function. It can be found
at the left hand side of the window.
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NORD, an independent nonprofit, is leading the fight to
improve the lives of rare disease patients and families.

We do this by supporting patients and organizations,
accelerating research, providing education, disseminating
information and driving public policy.
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Notes & Updates

CLEVELAND, OHIO
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https://rarediseases.org/living-rare-forum/

Speakers

Charles Hough Nicole Almeida

Gene Therapy Patient Mother of Gene Therapy Patient
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Gene Therapy for Sickle
Cell Disease

Charles Hough
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Symptoms
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My Path to the Trial
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My preparations involved...
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Bi-weekly Blood Draws
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For about 1 year and a half

To the left ,NIH will remove 250ml of blood
from my body. Then right after | will receive
two pints of fresh blood.

© 1 YEAR AGO

Removing 300ml! of my blood. Getting two pints of
fresh O+ blood
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Stem Cell Collection
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My Room in NIH
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Chemotherapy

T ~OINESS2428A
231 mg
Sodium Chloride Inj 462 mL

Volume to Administer: 462 m[
Final Concentration 0 5 mg/mL

(Contains 10 mL overfill of fluid + drug)
Infuse Over- 3 hour(s)

"Dy intravenous infusion Via ambulatory infusion pump

FBUSULFAN |S INCOMPATIBLE WITH SPIROS DEVICE DO NOT
MDMINISTER WITH A SPIROS DEVICE

WUSE VIA CENTRAL VENOUS CATHETER ONLY
?"Nﬂ Refrigerate if Diluent is 5% Dextrose

1itse throygh CENTRAL line only
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Busulfan Infusion
in a total volume of 0.9%
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After Chemo Was Administered
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The Road to Recovery
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’'m Going Home!
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Medications
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Hyperpigmentation
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5 months past chemol!
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Hinagdaanan Cave, Bohol Philippines
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Panglao Philippines
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Gene Therapy for SMA

Nicole Almeida
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Hypoventilation Syndrome (CCHS) or Ondine’s Curse.



Pregnancy and Diagnhosis
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Gene Therapy-Infusion Day: August 6, 2015
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Gene Therapy: Trial Follow-ups
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Matteo’s Amazing Doctors
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Milestones and Progress
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Adventures
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Adventures and Traveling
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Adventures
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Question and Answer
Session
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Resources for Patients and Caregivers

Clinical Trials
Clinicaltrials.gov or asgct.org/clinicaltrials

National Institutes of Health
https://ghr.nlm.nih.gov/primer/therapy/genetherapy

Food and Drug Administration
https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-products

ASGCT
https://www.asgct.org/education

NORD
https://rarediseases.org/video-topic/research-science/#watch-39678
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clinicaltrials.gov
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Questions?

Submit your questions in the chat box.

Nicole and Charles will answer them in the order in which they came in
and based on relevance to the discussion.
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