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RESEARCH SUPPORT

ONGOING RESEARCH

PI: Jerry R. Mendell January 2013 Protocol Number: PTC124-GD-020-DMD
A phase 3 efficacy and safety study of ataluren (ptc124) in patients with nonsense mutation
dystrophinopathy.

Role: Co-Investigator

PI: Kevin Flanigan April 2013 Protocol Number: HALO-DMD-01
A phase 1b open-label, single and multiple ascending dose study to evaluate the safety, tolerability and
pharmacokinetics of ht-100 in patients with duchenne muscular dystrophy.

Role: Co-Investigator



Pl. Jerry R. Mendell Protocol Number: 4658-us-201
Randomized, Double-Blind, Placebo-Controlled, Multiple Dose Efficacy, Safety, Tolerability, and
Pharmacokinetics Study of AVI1-4658 (Eteplirsen), a Phosphorodiamidate Morpholino Oligomer,
administered over 28 weeks in the treatment of ambulant subjects with Duchenne Muscular Dystrophy .

Role: Co-Investigator

PI: Kevin Flanigan Protocol Number/Title: GSK114876
An exploratory study to assess two doses of GSK2402968 in the Treatment of Ambulant boys with
Duchenne Muscular Dystrophy.

Role: Co-Investigator

COMPLETED RESEARCH

PIl: June 1992 — June 1993
NIH-sponsored multicenter felbamate treatment for Lennox-Gastaut syndrome and intractable seizure
disorder.

Role: Co-Investigator

PI: Protocol Number: AN094-003
Diastat Study: (Safety and Efficacy of a Single, Rectal Administration of Diazepam for Acute
Repetitive Seizures.)

Role: Co-investigator

PI: Paolicchi J, Pakalnis A Protocol Number: N01010
An open-label, multicenter, repeated dose pharmacokinetic study of 20, 40, and 60 mg/kg/day of
levetiracetam in children (4-12 years of age inclusive) with refractory partial onset seizures.
Role: Co-investigator

PI: Pakalnis A. Protocol Number: CAPSS-122
A comparison of the efficacy and safety of topiramate versus placebo for the prophylaxis of migraine in
pediatric subjects (age 6-11 years).

Role: Co-investigator (Paolicchi J, Lo WD, Joseph SA)

PI: Paolicchi J. Protocol Number: AN46046-354
Open-label, long-term safety study of Zonisamide (Zonegran) administered to children with epilepsy .
Role: Co-investigator (Lo WD, Pakalnis A)

PI: Pakalnis A. Protocol Number: 059-02
A randomized, double-blind, placebo-controlled, parallel groups, outpatient study to examine the safety,
tolerability, and efficacy of Rizatriptan 5 mg P.O. for the acute treatment of migraine in adolescents.
Role: Co-investigator (Lo WD, Paolicchi J, Rogers P)



PI: Pakalnis A. Protocol Number: 311CUS/005
A multicenter, double-blind, placebo-controlled, randomized trial and an open-label, long-term tolerability
trial of Zolmitriptan (Zomig) for the acute treatment of migraine in adolescent subjects.

Role: Co-investigator (Lo WD)

PI: Pakalnis A. Protocol Number: SUM30045
A double-blind, placebo-controlled, parallel group study to evaluate two dose levels (5 mg and 10 mg) of
Sumatriptan nasal spray in the acute treatment of a single migraine attack in adolescent migraineurs (12-17
years of age).

Role: Co-investigator

PI: Paolicchi J. Protocol Number: ELN46046-305
An open-label, long-term safety study of Zonisamide as adjunctive therapy in children with partial seizures.
Role: Co-investigator (Pakalnis A, Lo WD)

PI: Paolicchi J.
A double-blind, randomized, multicenter, parallel group study of the safety and efficacy of Zonisamide
5 mg/kg/day versus 12 mg/kg/day as adjunctive therapy in children with partial seizures.

Role: Co-investigator (Pakalnis A, Lo WD.)

PI: Protocol Number: N01009
A double-blind, randomized, multicenter, placebo-controlled maximum 22 day study of Levetiracetam oral
solution as an adjunctive treatment of refractory partial onset seizures in pediatric epileptic subjects ranging
in age from 1 month to less than 4 years old.

Role: Co-investigator (Paolicchi J, Pakalnis A, Lo WD, and Zamel K.)

PI: Protocol Number: M02-552
A randomized, double-blind, parallel-group multicenter study of the safety and efficacy of depakote sprinkle
capsules in the treatment of partial seizures in children.

Role: Co-investigator (Paolicchi J, Pakalnis A, Lo WD, Zamel K, Karn M, Terry D.)

Pl. Galloway G. Protocol Number: SUM30047
A randomized, double-blind, placebo-controlled, parallel-group, single-attack study to evaluate the onset of
efficacy of a new formulation of Sumatriptan tablets 50 mgand 100 mg in the acute treatment of migraine.
Role: Co-investigator

PI: Pakalnis A. Protocol Number: M02-554
The safety of Divalproate Sodium Extended Release Tablets in migraine prophylaxis: An open-label
extention study in adolescents.

Role: Co-investigator (Paolicchi J, Lo WD, Zamel K.)



Pl: Buono R. Protocol Number: (NIH)
Site PI: Lo WD.

Genetic influences on human epilepsy: genetic variations and anti-epileptic drug response.
Role: Co-investigator (Paolicchi J, Zamel K, Kring D, Terry D)

PI: Paolicchi J. Protocol Number: TOPAMAT-PEP-300
A randomized, double-blind, placebo controlled, fixed dose-ranging study to assess the safety, tolerability,
and efficacy of topiramate oral liquid and sprinkle formulations as adjunctive therapy for infants (1-23)
months of age, inclusive) with refractory partial-onset seizures with open-label extension.

Role: Co-investigator (Pakalnis A, Lo WD, and Zamel K.)

PI: Paolicchi J. Protocol Number: K826-05-3001
A phase 3, randomized, double-blind, parallel, placebo-controlled, multicenter study, with open-label
continuation, of the efficacy and safety of VanquixTM auto-injector (diazepam injection) for the
management of selected, refractory, patients with epilepsy who require intermittent medical intervention to
control episodes of acute repetitive seizures.

Role: Co-investigator

Pl: Tsao, CY. Protocol Number: OV-1004
Safety and effectiveness of open-label Clobazam in subjects with Lennox-Gastaut syndrome. (IRB05-
00459;

Covance Central Laboratories, Inc.)
Role: PI

PI: Mendell JR. Protocol Number: 5-U54-AR-050733
Phase | gene transfer of rAAV1.tMCK.haSG for limb girdle muscular dystrophy type 2D (LGMD2D);
(National Institutes of Health, National Institute of Arthritis, Musculoskeletal, and Skin Diseases)

Role: Co-Investigator/safety monitor

PI: Shell R.

Phase /11 Study of Valproic Acid and Carnitine in Infants with Type I Spinal Muscular Atrophy (CARNI-
VAL Type I).

Role: Co-investigator

PI: Flanigan K. April 2010 — May 2011 Protocol Number:
A double-blind, escalating dose, randomized, placebo-controlled study to assess the pharmacokinetics,
safety
and tolerability of single subcutaneous injection of GSK2402968 in non-ambulant subjects with Duchenne
muscular dystrophy (IRB10-00193).
Role: Co-investigator

PI: Flanigan K.
Genetic and molecular characterization of inherited neurological diseases.(IRB10-00527).
Role: Co-investigator) (Pyatt R and Mendell JR.)



Pl: Mendell JR.
A randomized, Double-Blind, Placebo-Controlled, Multiple Dose, Efficacy Study of AV1-4658, a
Phosphorodiamidate Morpholino Oligomer, Administered over 24 weeks in the Treatment of Ambulant
subjects with Duchenne muscular dystrophy. (IRB11-00203).

Role: Co-investigator (Flanigan K.)

PI: Mendell JR.
Open-Label, Multiple-Dose, Efficacy, Safety, and Tolerability Study of Eteplirsen in Subjects with
Duchenne Muscular Dystrophy who Participated in Study 4658-US-201.

Role: Co-investigator (Flanigan K.)

PI: Mendell JR.
Open-Label, Multiple-Dose, Efficacy, Safety, and Tolerability Study of Eteplirsen in Subjects with
Duchenne Muscular Dystrophy who Participated in Study 4658-US-201-4658-us-202.

Role: Co-investigator (Flanigan K. and Sahenk Z.)

PEER REVIEWED

PI: Kriel RL 1998 Protocol Number: AN094-003
Safety and Efficacy of a Single, Rectal Administration of Diazepam for Acute Repetitive Seizures.

The goal of this study is to test Safety and Efficacy of a Single, Rectal Administration of Diazepam for
Acute Repetitive Seizures.
Role: Co-investigator
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August 27-31, 2018.
01/30/19  Invited lecture on “neonatal seizures” to the Department of Pediatrics in Mackay Memorial
Hospital, Mackay Memorial Medical University in Taipei, Taiwan.
08/26/19 Invited lecture on “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 8t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University from
August 26-30, 2019.
2/4/20 Invited lecture on “Autoimmune encephalitis” to the Department of Pediatrics in Mackay
Children’s Hospital, Mackay Medical University in Taipei, Taiwan. 2/4/20 Invited lecture on
“Autoimmune encephalitis” to the Department of Pediatrics in Mackay Children’s Hospital,
Mackay Medical University in Taipei, Taiwan
8/30/21 Invited lecture on “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 10" Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 30-September 3, 2021.

8/29/22  TInvited lecture on “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 11t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 29-September 2, 2022.

9/22/22 Pediatric neuromuscular junction disorders on September 22, 2022 to neurology division attendings,

fellows, residents and medical students.

CURRICULUM DEVELOPMENT

1. Pediatric neurology core teaching manual and syllabus, including pediatric epilepsy and treatment,
common pediatric neuromuscular diseases, floppy baby syndrome, tic disorders.

2. Development of Ketogenic Diet for treatment of intractable seizure disorders of children at
Columbus Children's Hospital.

3. Development of Spinal Muscular Atrophy as part of the module for the Pediatric training program in
2005.
4, Development of Mitochondrial disordersin children as part of the module for the Pediatric training

program in 2005-2006.

EDUCATION LEADERSHIP ROLES

Panel Speaker: June 15, 1990. Sixth Annual Menkes Disease Networking Program: parents group panel
discussion.

Coordinator: 1996 Annual Meeting of Epilepsy Foundation of America (Epilepsy, the future begins now).
Columbus, Ohio.



Coordinator: April 6, 2000. Spinal Muscular Atrophy Conference. Nationwide Columbus Children’s Hospital
(Thomas Crawford, MD, John Bach, MD, Thomas Prior, MD, Arthur Burghes, PhD., Jerry R Mendell, MD)
Columbus, Ohio.

LECTURES/PRESENTATIONS

NATIONAL/INTERNATIONAL
09/89 — 09/00 Question-writer: Neurology portion of the examination for The American Board of Pediatrics.

08/94 Visiting Professor: The Department of Pediatrics, MacKay Memorial Hospital, affiliated with
Taipei Medical College, Taipei, Taiwan. Lecture on “Pediatric Epilepsy.”

07/96 Visiting Professor: The Department of Pediatrics, MacKay Memorial Hospital, affiliated with
Taipei Medical College, Taipei, Taiwan. Lecture on “Muscular Dystrophy and Mitochondrial
Diseases.”

04/98 Visiting Professor: The Department of Pediatrics, MacKay Memorial Hospital, affiliated with
Taipei Medical College, Taipei, Taiwan. Lecture on “Update on Childhood Muscular
Dystrophy.”

10/04 — 08/98 Visiting Professor: The University of Hawaii School of Medicine. Core lectures on,
a.) Status epilepticus
b.) Myasthenia gravis
c.) Muscular dystrophy
d.) Headache
e.) Neurocutaneous syndrome.

10/14/99 Visiting Professor: The Department of Pediatrics, Tzu-Chi Medical College, Hualien, Taiwan.
Lecture on muscular dystrophy.

07/13/00 Visiting Professor: Mackay Memorial Hospital, affiliated with Taipei Medical College in
Taiwan. Lecture on “Mitochondrial diseases in pediatrics.”

06/04/01 Visiting Professor: Mackay Memorial Hospital, affiliated with Taipei Medical College in
Taiwan. Lecture on “Myasthenic syndrome and infantile botulism.”

01/02 — 04/02 Mentor: Visiting associate professor Munhyang Lee, MD, Ph.D. from Samsung Medical Center,
Sung Kyun Kwan University, College of Medicine, Seoul, Korea. Nnationwide Children’s
Hospital; Columbus, Ohio.



05/21/02

05/24/04

04/15/05

05/12/06

04/19/07

06/23/07

03/17/08

03/19/08

03/19/08

05/04/09

02/17/11

02/01/12

02/04/13

08/26/13

02/10/14

Visiting Professor: Mackay Memorial Hospital in Taipei, Taiwan. Lecture on “Guillain-Barre
syndrome and variants.”

Visiting Professor: Mackay Memorial Hospital in Taipei, Taiwan. Lecture on “Autism.”

Visiting Professor: Mackay Memorial Hospital, Taipei, Taiwan. Lecture on “ Evidence Based
Antiepileptic Drug Use in Pediatrics.”

“Duchenne muscular dystrophy: update and gene therapy.” Invited Lecture to the Department of
Pediatrics of Mackay Memorial Hospital in Taipei, Taiwan.

“Pediatric movement disorders.” Invited lecture to the Department of Pediatrics of Mackay
Memorial Hospital in Taipei, Taiwan.

“Vagus Nerve Stimulation for treatment of intractable epilepsy in children with
nonketotic hyperglycinemia.” Invited lecture at the Annual Nonketotic Hyperglycinemia
Meeting. Columbus, Ohio.

“Duchenne muscular dystrophy gene therapy update.” Invited lecture to the Department of
Pediatrics in the MacKay Memorial Hospital in Taipei, Taiwan.

“Duchenne muscular dystrophy gene therapy update.” Invited lecture to the Department of

Pediatrics in Taipei, City Hospital Zhong-Xing Branch in Taipei, Taiwan.

“Duchenne muscular dystrophy gene therapy update.” Invited lecture to the Department of
Pediatrics in Taipei City Hospital Zhong-Xing Branch in Taipei, Taiwan.

“Channelopathy.” Invited lecture to the Department of Pediatrics in Mackay Memorial
Hospital in Taipei, Taiwan.

“Hypothermia therapy for hypoxic ischemic encephalopathy.” Invited lecture to the Department
of Pediatrics in Mackay Memorial Hospital in Taipei, Taiwan.

“Pediatric neuromuscular disorders” Invited lecture to the Department of Pediatrics in Mackay
Memorial Hospital in Taipei, Taiwan.

“Neonatal Stroke.” Invited Lecture to the Department of Pediatrics in Mackay Memorial
Hospital in Taipei, Taiwan.

Invited speaker “Emery-Dreifuss muscular dystrophy and Laminopathies” to 2013 Myology
Training Course in Nationwide Children’s Hospital from August 26-30, 2013.

“Muscle disease in children” Invited lecture to the Department of Pediatrics in Mackay
Memorial Hospital in Taipei, Taiwan.



02/13/15

02/16/16

08/29/16

09/01/16

01/19/17

02/06/17

08/28/17

08/31/17

01/17/18

08/27/18

01/30/19

08/26/19

8/30/21

“Neurodegenerative diseases in children” Invited lecture to the Department of Pediatrics in
Mackay Memorial Hospital in Taipei, Taiwan.

“ Epileptic encephalopathies™ as invited lecture to the Department of Pediatrics in Mackay
Memorial Children’s Hospital in Taipei, Taiwan.

Invited speaker “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 6" Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 29-September 2, 2016.

Presentation of “Titinopathy in a girl with hypotonia and developmental delay” at 6" Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 29-September 2, 2016.

“Mitochondrial disorder” lecture to OSU Neurology Department.

“Floppy infant” Invited lecture to the Department of Pediatrics in Mackay Memorial Hospital in
Taipei, Taiwan.

Invited speaker “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 6" Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 28-September 1, 2017.

Presentation of “Titinopathy in a girl with hypotonia and developmental delay” at 6t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 28-September 1, 2017.

“Mitochondrial disorder” lecture to OSU and Nationwide Children’s Hospital Neurology
Residents and Fellows.

Invited speaker “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 7t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 27-31, 2018.

Invited lecture on “neonatal seizures” to the Department of Pediatrics in Mackay Memorial
Hospital, Mackay Memorial Medical University in Taipei, Taiwan.

Invited lecture on “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 8t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 26-30, 2019.

Invited lecture on “ Emery-Dreifuss muscular dystrophy and Laminopathies” at 10t Annual
Wellstone Myology Training Course in Nationwide Children’s Hospital/Ohio State University
from August 30-September 3, 2021.



LOCAL/REGIONAL

09/11/93

03/06/02

01/11/05

11/09/05

04/19/06

09/18/06

09/28/06

ADVISEES

“Common pediatric neurology diseases.” Invited lecture to Ohio/West Virginia Association for
Medical Transcriptionists.

“Febrile seizures.” Invited lecture for the 2001-2002 Grant Family Practice Residency lecture
series.

“Update in new antiepilepsy drugs.” Invited lecture to the Central Ohio Child Psychiatry
Society.

“Mood disorders in epilepsy.” Invited lecture to the Dayton area neurologists and psychiatrists.

“Pediatric neuromuscular junction disorders.” Invited Lecture to the Ohio University College of
Osteopathic Medicine, CORE System, Pediatric RPACE Educational Day Program.

“Pediatric epilepsy.” Lecture to Riverside Family Practice residency program.

“Vagus Nerve Stimulation for pharmacoresistant intractable epilepsy in children.” Invited lecture
to Central Ohio Neurologists.

Mentor for visiting associate professor Munhyang Lee, MD, Ph.D. from Samsung Medical Center, Sung Kyun
Kwan University, College of Medicine, Seoul, Korea. Jan.-Apr., 2002, in Nationwide Children’s Hospital,
Columbus, Ohio.

STUDENT ADVISORY COMITTEES

2000-2006
2002-2016

Soka spirit Buddhist club at the Ohio State University
Tzu Chi Collegiate Association at the Ohio State University

PROFESSIONAL MEMBERSHIPS AND ACTIVITIES

1986-present
1986-present
1988-present
1988-present
1990-present

Active member, Child Neurology Society

Active member, American Epilepsy Society
Active member, American Academy of Neurology
Fellow member, American Academy of Neurology
Fellow member, American Academy of Pediatrics

| have reviewed the curriculum vitae for completeness and accuracy and agree with its content.



Signature

Date




