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Program
Day 1 2025.9. 22.(%) A=A S0 Looetm BAHEE S s

~13:00 Arrival & Registration

Opening Remark & | Ja=tErtd =iz =g
HPHQI | STHLISEHE AP EE T
HUF | B=RERM T Y ST 5E

How to collaborate with Korean R&D Community

13:00~13:30

13:30~ 13:65 9rET | Z7HAN AT ChHE

Basic Research for Neuromuscular Diseases
B3 B S HOITICITR MY Al AL D
Functional genomics approach to
13:55~14:20 understand rare neurological diseases

S | MBOf=rn 2|2poiEt e

Disruption of nuclear-cytoskeletal linkage
by lamin A mutations in severe
Emery-Dreifuss Muscular Dystrophy

40| | FLTHED YEA AR S BAL

14:20~14:45

Brain organoid-based virtual cell

modeling predicts novel autism and
neurodevelopmental disorder genes
OHES | T2{ri=tn Hio| A A Q2| Dfsti 4

14:45~1510

Distinct Signaling Pathways

Underlie Tissue-Specific Phenotypes in
Carpenter Syndrome Models

TR | EM|CHE D AT e

16110~15:35

15.45~16:10

Break
Clinical Approval

EHE R QUM|CHRRG 2f CHR

Therapeutic development of GNE myopathy
MEE | SLACHSID 2Dyt DL

Therapeutic effects of Fasudil on various
16:10-18:35 symptoms of Fabry disease

BHBOL | KAIST ) DYICHEMH T

Current status of therapeutic development for
16:36~17:00 amyotrophic lateral sclerosis

27|45 | BHCHEn 2| pCHEE Das
Break
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1710~17:35

17:35~18:00

Regulatory Affairs
Fheh - S EM et AR e

Regulatory support for Orphan and essential
drug Of Korea Orphan and essential drug
center (KOEDC)

HYY 1B=5 B UFUH HY

Regulatory Process and Requirements for
Biological Products
ALY | B YF N FHAH T Y E 2 g e

Reception & Dinner (1ZHE0HE 5F LHI2E)

Day 2 2025.9.23.(%l)

8:30~9:50

8:50~1010

10110~10:25

10:25~-10:40

10:40~11:00

Closing

Company & Foundation
EhE ol Fe} FLEin BX T n e

Funding Strategy : from Lab to Market
S | FLUERIHAEHE A}

Inhibition of SOD1 trimerization is a novel
drug target for ALS disease
FEND |PRG S&Tech B T 5 BIE

Finding Freedom : The path of Korea GNE
Myopathy Society
ZEH2 | B 2CGNESR HE R 2

(¥4 The Role of ALS Patient
Organizations in Supporting ALS Research
Bonnie Quyang | AskHelpl) Al Research Head

Early Phase Regulatory Affairs for Rare
Disease Drug Development
0|3 | KCRM Research CHEO| A
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