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7,000 ���

3,500 @A*?<1GC

2,200 �����

��	����

@A*?<1GC ?<*4=,'>�)F
(1989~ �����)

!2: Discovery Medicine�5�Modalis Tx73

�:E-8 /&�0��9$�/&�(;GC ���������TAM

!2: The Journal of Gene Medicine (2019)�5�Modalis Tx73

66.8%
11.7%

Cancer diseases
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Inflammatory diseases
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!/: Evaluate Ltd�2019�8$'1���� >�CAGR�2018��2024���3J0";�6LB�2019�2024�*
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S4Q �0��9C i^N/K> i^/K>O[ dX�rm:Po��	�DE=8]�

2019/12 	3.0 billion$
AT132:NgGX@�yh,�("�(XLMTM)
AT845:*1�j
AT702, AT751, AT753: $-��1'ly��%0)��(DMD)

2019/10 	3.0 billion$
(
�)

SPIRO-2101: ��Gfv{
SPIRO-2102: ��Gfv{

2019/6 	1.0 billion$ $-��1'ly��%0)��(DMD)
yFYG��%0)��1l(DM1)

2019/3 	165 million$ MYO-101: �qly��%0)��2E l(LGMD 2E)
MYO-102:�qly��%0)��2D l(LGMD 2D)

2019/3 	800 million$
NSR-REP1: A�z��w{��0�$/,��
NSR-RPGR: X@�G~�tuaG{(XLRP)
NSR-ABCA4: �!#��&j

2019/2 	4.3 billion$
SPK-9001: xpjB
SPK-8011, SPK-8016:xpjA 
SPK-7001: A�z��w{(�0�$/,�)

2018/5 	8.7 billion$
 .�1�+
AVXS-101�IT�: ��Gy�w{�l�SMA Type 2�
AVXS-201: /#%{s|�RTT�
AVXS-301: yUwGZ��?{�ALS�

3H: b7=WTL�R�ModalisTx�
VI

�c}>\ B7F��`5�GTxS4M&A6k
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������

VERTEX

SAREPTA Tx

Biogen

Roche

NOVARTIS

AUDENTES Tx

ROIVANT

Exonics Tx 

Myonexus Tx 

Nightstar Tx 

Spark Tx 

AveXis
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Page Word Explanation

P9 MDC1A
1A α2 nLama2

P15 gRNA RNA CRISPR-Cas n RNA

P15 dCas9
DNA Cas9 Cas9

P21 CNS Central nervous system e x

P33 GTx Gene Therapy n

P33 Gain of Malfunction

P33 Loss of function

P33 siRNA
21-23 n d RNA RNA n
(mRNA) n p

P33 ASO
Antisense oligo( ) d DNAA RNA
siRNAi n p
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Page Word Explanation

P38 ZFN i i A A DNA p
d

P39 TALEN i ZFN TAL effector TALE
d DNA

P40 AAV
A A

n

P48 Duchenne muscular dystrophy
n n A n

P51 e i A n p (
)Ax DNA

P51 n e A n A

P52 Ex vivo / In vivo
Ex vivo A A
In vivo x A


