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How can we study DM in the lab?

Problem: we do not have a good human
DM cell model to study the functional
problems of DM-affected tissues such as
heart or brain that also can be used to
develop new DM treatments.

Solution: Create two versions of cells from
the same patient: one that contains the
mutation and one which has had the
mutation corrected.




Cellular reprogramming and genome editing
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Genome editing

}/

Q

Normal

NRSFRE)

Antibiotic Expended

Antibiotic Donor DNA



Confirming Targeting by Sequencing
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What we hope to achieve via our research

. » Compare the uncorrected DM heart
fs 7> cells with the corrected cells to define
' e . disease-specific characteristics.
L"‘p\'\’ ! 4 » Use the corrected and uncorrected
Y heart cells to screen for drugs with
;53«, : } therapeutic effects.

» Long term goal: Utilize the corrected

‘ heart cells for “customized” tissue
repair.



Acknowledgments

Group Members
Ayal Hendel
Mara Damian
Kenric Tam

Alec Wilkens
Rasmus Bak
Joseph Clark
Niraj Punjya

Erin Breese
Jennifer Johnston
Gabriel Washington
Cita Nicolas

Matthew Porteus

Vittorio Sebastiano
Stanford Center for Stem Cell

John Coller
Stanford Functional Genomics Facility

Katharine Hagerman

Sheela Crasta

John W. Day

Stanford University School of Medicine

Antje Ebert
&)
Joseph Wu Stanford \)

Stanford Cardiovascular Institute  Cardiovascular Institute

Rachel Eiges

Shaare Zedek Medical Center, Jerusalem, Israel

Tyson Clark PACIFIC

Nicole Rapicavoli @ BIOSCIENCES"®
Luke Hickey

Jonas Korlach
Pacific Biosciences

MYOTONIC
Myotonic Dystrophy Foundation DYSTROPHY

HOPE.



