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ᾆẕᵫ
◓Ӻ χˮϳФЕжР˯ʺᶋ▒Ӻ χˮРиГФЊ˯Ϭ ϙ ΰ

θ ṁ τʺ θσЯЍзГϰʾṪ ϬᴥΠʺ χ ϬῲΫϥάρπʺ
θσᴣ Ϭ βϥ

◓
ᶋ▒Ӻ

ӹ ◓Ⱶ σςχ
ṛ ЯЍзГϰ

iPS⇔ ʺAI χᶨ
◓ χ῟ ΰ

ᶋ▒DDSṪ
ˢDrug Delivery   

System ˣ

θσᴣ Κϥ
Ӻ

2019₴↓ʴ ̝
ʝ Ẁ
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ὓṍḧ τ ◕ χ χ ệ

ꜛ
זּ

NS-32ˢ ὧ Ὤˣ
⁯

NS-73ˢḟ ⅍ ῙἪʾ ˣ
⁯

NS-73ˢḟ ⅍ ῙἪʾⱵ ˣ
⁯

ZX008ˢ ⱵοϭΤϭˣ
⁯

NS-065˗NCNP-01ˢDMDˣ
⁯ ᵰ

NS-089˗NCNP-02ˢDMDˣ
⁯ ᵰ

NS-018ˢ₃ Ӳ ˣ
ᵤᵰ

2020 5Ὦτ⁯ ʺ
2020 8Ὦτ ⁯π

NCNPΥӺ◖︠ ⱵᾓϬם☼

P ♯ᾓ

⁯ P ♯ᾓ

2019 9Ὦτ⁯ π

ᵫ ♁

2021 3Ὦτ Ϭם☼

χ ⱳ͑ϸ ṍὊְὓᵊṍḧ ˢ2019 ˙2023 ˣτ ◕Ϭ
ΰοΜϥ χ ệ

NCNPʿ⁯ ʾ ὊӺ ᾆẕЈрЌ˔
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P
L
C
M

NS-17ˢẍ ₃ Ὤ ˣ
⁯

NS-304ˢ ⅍ ‌ᴟ ˣ
⁯

ЫЄГрЌрs Ὤ ⅍ ‰Ὤӊ ˣ
⁯

NS-304ˢ Ὤ ⅍ ‰Ὤӊ ˣ
⁯

2021 8Ὦτ⁯ π

брЈрТϮ˔Ыᶴ꜠ᵓּזΥ
⁯ P ♯ᾓם☼

ⱳχᾁ ♯ᾓχ

2021 3Ὦτ⁯ π

ὓṍḧ ˢ2019 ˙2023 ˣτ ◕ χ ψ
ᵵφὓᵊ Ϥτ

ὓṍḧ τ ◕ χ χ ệ
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ὓᵫ◐ῇτ θτОϱФжϱрϒᴥϩμθ

₈ῇϜԏΦ Φ σОϱФжϱрχᶈ Ϭ

ṛ

NS-401ˢɜ Ẕ Ἱל⇔ ⇔ ˣ
⁯

NS-229ˢמ Ḇˣכ
⁯

⁯ P ♯ᾓם☼

⁯ ᵫ

NS-304ˢ ⱪ ‰Ὤӊ ˣ
⁯

⁯ P ♯ᾓם☼
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ϵϼЊр50ІϺАСрϽ
ˢDMDˣ

ϵϼЊр51ІϺАСрϽ
ˢDMDˣ

ϵϼЊр55ІϺАСрϽ
ˢDMDˣ

ϵϼЊр45ІϺАСрϽ
ˢDMDˣ

NS-089˗NCNP -02
ϵϼЊр44ІϺАСрϽ

ˢDMDˣ

NS-065˗NCNP -01
ϵϼЊр53ІϺАСрϽ

ˢDMDˣ

NS-065˗NCNP -01
ϵϼЊр53ІϺАСрϽ

ˢDMDˣ

ᶋ▒Ӻ ᵫ ệ

NS-035
ϵϼЊрЕжАСрϽ ᵲ
ˢ ╦ἷỪЅІЕкТϰ̝ ˣ

ἷЀкЗϳϱиІḇ
Ⱶ −

ʿӺ◖︠ Ⱶᾓם☼
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˲ⱳ Ṫ ˳

˙ θσṪ ṁ χᶎ ˙

˲Ṍ Ṫ ˳



ᾆẕᵫ ᶨ χ ΣϢό︡Ϥ ϙ

ᾆẕᵫ ︡ ‰ᶀ ◊



ᾆẕᵫ χϯФк˔Ў
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ᾆẕᵫ ψƈ ᵦτ βϥ Ϭ βϥƉϬ
›Μᾠ ρΰοƊθρΠḆּי χ σΜכḆϞ πϜʺ
ṓτἂΰϚḆּיήϭτρμο ᴝρσϥӺ πּזᵓ
τ‟ᾅβϥάρƊ ꜛ χ‰Μ ΚϥӺ ϬὋ ΰ
ο βϥάρϬ ◙βʻ
ζχ︣ ρΰοʺꜛּז Ɗ ƊΣϢόPLCM *χ3ν
χϯФк˔ЎϬ ϛϥƇ

*Product Life Cycle Management
ᾝ ΣϢόᵫ χ ῟ ʾ−Ἱ ᴥ Ϭᾁ ΰʺ ᴣ χΩ ᴟϬ ϥάρ



ᾆẕχ ϛ
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ü ЯЍзГϰϒχ︡Ϥ ϙ
ᶋ▒ΣϢό ◓χ2νχЯЍзГϰχ Ϭᾆẕᵫ χ ρΰƊάϦӟ

ᵰτϜƊӹ ◓Ⱶ σςƊ ρβϥכḆτ ΰθ ṛЯЍзГϰτϜ ớ τ
︡Ϥ Ϛ

üД˔Ќἄ ἷ Ϭ ϛϥ
Д˔Ќχלρ Ϭ‰ϛƊήϣτƊּז ᵰχРАϽД˔ЌϬᶨ ΰƊὊᾓϞ᷈ι

ΪπψσΨʺAIϞITϬᶨ ΰθД˔Ќᵔ τṁξΜοᾆẕᵫ Ϭ ϛƊІС˔
ЖϯАФρ ῞ᶎ ΰ Ϭ ϥ

üϷ˔ФрϱЛЦ˔Єдр
ЕАФϼжІχᾆẕṐḩΣϢόЦрЎа˔ḼỘρ ὀϬ ϤƊᾆẕГ˔Ыχ

ᵫ Ϟʺ ṛṪ χ Ϭ ϛϥƇ χᾆẕ ӽτΣΜοψƊϯϸДЬϯ
ϞЦрЎа˔ρ КАЕм˔ϼ  Ϭ ◙β



ᾆẕᵫ
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ᾆᵫḼᵊ

∞▀

ᾆᵫỘ

┤ᾆẕ

ӗ ʾ ᾆẕ

CMCṪ ᾆẕ

ᾆẕ

ᵫ ԁ

₰

Д˔ЌЂϱϵрІ

ᾆ
ẕ

ᵫ

ᶧ

Ằᵫ

ᵫ

ᵫ ╣

NS Pharma
R&DDivision
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ᾆẕᵫזּꜛ

ᾆẕ ˢẰ ˣ

ᾆẕᵫ ˢ2020 ˣʿ 161ᴑדˢ ‰13̋ˣ

‰ ᴥᴣ Ϭ Ẑΰθ ᾆẕᵫ

άϦϘπ μοΦθ ◓ ϬЦ˔Іτʺ
τḩ βϥ Ṫ Ϭ︡Ϥ ϦƊṐ ‰
ᴟτ ᴂΰθӺ Ϭ βϥƇ

ᾆẕ ˢνΨωˣ

ᶗ ʾ σᾆẕᵫ

ᶋ▒ᾆẕχếϙϬᶨΤΰᶋ▒Ӻ χ Ϭ
з˔ЖβϥƇήϣτʺⱳ χᶋ▒Ӻ ᵫ
τϢϤʺάϦϘπⱵ Υ₉ πΚμθכ
Ḇτ βϥⱵ ᵫ Ϭ βϥʻ
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ᵫ

⁯ ᵫ ˢ2021 8Ὦ10 Ⱳ ˣ

ᵫ ᵬ
ᵫ Ṝ‹
(ԁ )

Ṑ / ӽ ᴂ ϷзЅр ᵫ

P III
NS-065 / NCNP -01

(РиЕжиЈр)
ϵϼЊр53
ІϺАСрϽ

ʾṆ Ḇכ ДвЄϴрЙἷỪЅІЕкТϰ˔
Ặ ʿ⁯ ʾ Ὂ
Ӻ ᾆẕЈрЌ˔

זּꜛ

NS-304
(ЈйϺЄОϽ)

ФкІЌЂϱϼзр
ϯЁИІЕ

ʾṆ Ḇכ Ὤ ⅍ ‰Ὤӊ זּꜛ
Ặ ʿбрЈр
ТϮ˔Ы

NS-32
(ДиϱЊЫиЕ˔І

)
− ᴬכḆ ὧ Ὤ

ʿТϮ˔Ы
ЀІЯІ

זּꜛ

P III ZX008
ЈкЕИр
ϯЁИІЕ

ʾṆ Ḇכ
ЖжЦ ῙἪ

йЛАϼІʾϹІЕ˔ ῙἪ
ʿЋЅϴИАϼІ ЋЅϴИАϼІ

P II
NS-304

(ЈйϺЄОϽ)
ФкІЌЂϱϼзр

ϯЁИІЕ
ḕ Ὁךּ ⅍ ‌ᴟ זּꜛ זּꜛ

P II
NS-304

(ЈйϺЄОϽ)
ФкІЌЂϱϼзр

ϯЁИІЕ
Ἱᵰᴬ ⁿ Ḛỉ┘ זּꜛ זּꜛ

P II
NS-304

(ЈйϺЄОϽ)
ФкІЌЂϱϼзр

ϯЁИІЕ
ḕ Ὁךּ ⱪ ‰Ὤӊ זּꜛ

Ặ ʿбрЈр
ТϮ˔Ы
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ᵫ

⁯ ᵫ ˢ2021 8Ὦ10 Ⱳ ˣ

ᵫ ᵬ
ᵫ Ṝ‹
(ԁ )

Ṑ / ӽ ᴂ ϷзЅр ᵫ

P II NS-580
mPGES-1
ᵲ−

ᴬכḆ ◓ẋ זּꜛ זּꜛ

P I / II NS-87
ЄЌжРр/
ЍϳЛиРЄр
зЪЊ˔Э −

ὬׁΥϭ ⱳ ẍ ₃ Ὤ
ʿЅаЇʾ

ТϮ˔ЫЄв˔Гϰ
ϸиЇ

זּꜛ

P I NS-229 JAK1 ᵲ− מ Ḇכ מ Ḇכ זּꜛ זּꜛ

P I NS-917
DNA︡Ϥ₅ϙτ
Ϣϥ╙⇔ ⌠

ὬׁΥϭ ™ ʾ Ⱶ ẍ ₃ Ὤ
ʿДиЌТжϱ
ТϮ˔Ы

זּꜛ

ᵫ
NS-401

(ЌϽжϼЊТϮІФ)
CD123
⇔

ὬׁΥϭ ᵌẔ Ἱל⇔ ⇔ ʿЮЗз˔И זּꜛ

mPGES-1: Ὣ›ἷФкІЌϽжрЅрE› • -1
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ᵤᵰᵫ ˢ2021 8Ὦ10 Ⱳ ˣ

ᵫ ᵬ
ᵫ Ṝ‹
(ԁ )

Ṑ / ӽ ᴂ ϷзЅр ᵫ

P III

NS-065 / NCNP -01
(РиЕжиЈр)

ϵϼЊр53
ІϺАСрϽ

ʾṆ Ḇכ ДвЄϴрЙἷỪЅІЕкТϰ˔
Ặ ʿ⁯ ʾ
ὊӺ ᾆẕЈрЌ˔

זּꜛ

P III
NS-304

(ЈйϺЄОϽ)
ФкІЌЂϱϼзр

ϯЁИІЕ
ʾṆ Ḇכ Ὤ ⅍ ‰Ὤӊ זּꜛ

ʿЅдрЊ
р̍ЅдрЊр

P II 
NS-018

(ilginatinib)
JAK2 ᵲ− ὬׁΥϭ ₃ Ӳ זּꜛ זּꜛ

ᵫ
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₃ Ӳ ˢMFˣḆּיτΣΪϥ θσJAK ᵲ−χИ˔Ї

36%

36%

4%

16%

Μτ

ΚϦω βϥ

ΚϦω βϥΤϜ

ΚμοϜ► ΰσΜ

Q. ₈ῇʺMFḆּיτ
θσJAK ᵲ−ψ Τˁ

Q. ₈ῇχ θσJAK ᵲ−τẐϛϥ ψˁ

Ὤ 5 ᾤ/ßL χḆּיϒχ ᴂΥϯрЮАЕИ˔Ї

⁯χὬׁḳ Ӻ25 τ ΰο“μθ ₰

NS-018 - ₃ Ӳ Ⱶ − -
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ᵫ ᵬ ᵤᵰPII

ᵫ Ἱ ᵫזּꜛ

⌠ Ṑ JAK2 ᵲ

ᴂ ₃ Ӳ

−Ἱ −

Vế σJAK͎ ᵲ⌠ ρᶨ ἷJAK͎τ βϥ Υ‰Μ

VⱵ ΥσΨ χᵠ Υᾋ₅ϛσΜὬ Υ σΜ₃
Ӳ Ḇּיτ ΰʺ‰Μ ῟ ρӗ Υṍ ήϦϥ

ᵫ
−χ πΚϥ Ῠσ ῟ ˗ӗ ФкТϮϱиϬᶨΤΰ
₃ Ӳ Ⱶ χϯрЮАЕЮДϰϸиИ˔ЇπΚϥʺὬ

5 ᾤ/ßL χḆּיτ βϥ1st line Ⱶ Ϭ ◙β

NS-018 - ₃ Ӳ Ⱶ − -
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mPGES-1 ᵲτϢϤʺPGE2▀ Ϭ τ ᵲβϥ

NS-580 - ◓ẋ Ⱶ − -



ᵫ ᵬ PII♯ᾓ

ᵫ Ἱ ᵫזּꜛ

⌠ Ṑ
Ὣ›ἷФкІЌϽжрЅрE› •
-1ˢmPGES-1ˣ ᵲ

ᴂ ◓ẋ

−Ἱ Ὂῢ

VШиЯр⌠ χσΜ◓ẋ Ⱶ −π ῟ᴮ
ρ χᵠ ῟ᴮΥṍ ήϦϥ

Vӗ Υ‰Ψʺ ṍ σ Υᴦ ρṍ ήϦϥ

NS-580 - ◓ẋ Ⱶ − -

22



Ṍ τ ϓοʺ σJAK1 ᵲ⌠ Ϭꜘβ

Â JAKТϮЬз˔ψ4 χϺЗ˔ЉˢJAK1~3ΣϢόTYK2ˣπ 

Â JAK1ψ ˑσЂϱЕϸϱрЄϽЗиϬᵒΰοʺמ Ḇχכ Ἱ τḩ

Â JAK1 ᵲ−ψḩ зϳЫЎϞϯЕС˔ σςχמ ᴂπ ◕

NS-229 NS-229 NS-229NS-229

NS-229 - מ ḆⱵכ − -

ʿClark JD et., al. J Med Chem, 2014, 57(12), 5023²5038. ϢϤᵠ 23



ᵫ ᵬ P ♯ᾓ

ᵫ Ἱ ᵫזּꜛ

⌠ Ṑ JAK͍ ᵲ

ᴂ מ Ḇכ

−Ἱ Ὂῢ

Vế σJAK͍ ᵲ⌠ Ϭ βϥ

V JAK͍ χ‰ήτṁξΦʺ‰Μ ῟ ρӗ
Υṍ πΦϥ

ᵫ
Ṍ χJAK1 ᵲ−πψ σ῟ᴮΥṍ πΦσΜ
ḆϬЌ˔ϿАЕτʺPכ ♯ᾓӟ‭ψ Ⱳᵫ
Ϭ ϛϥ

NS-229 - מ ḆⱵכ − -

24



ᶋ▒Ӻ ᾆẕᵫ χ
︡Ϥ ϙτνΜο



τΣΪϥᶋ▒Ӻ ᾆẕ

26

1980 1990 2000 2010

DDS, Poly(I):Poly(C) χᴂ

ᶋ▒ᴟᶘ› τḩβϥᾆẕ

NS-9χ ♯ᾓ

CEM χᵫ

NCNP* ρχ
Ặ ᾆẕᵫ◐

NS-065/NCNP -01
Ӻ◖︠ Ⱶᾓᵫ◐

*NCNP: ⁯ Ƌ ὊӺ ᾆẕЈрЌ˔

DDS

ᶋ▒ᴟᶘ›

ϯрЎЈрІᶋ▒
(ϵϼЊрІϺАФ)

2009 2013

NS-065/NCNP -01
(РиЕжиЈрˣ ◕

2020

2020
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ᶋ▒Ӻ χ

ˢ͍ˣάϦϘπϯФк˔ЎπΦσΤμθ τ⌠

ӹ ◓ τ Ὣ

ˢ͎ˣ‰Μ

ӹ ◓ ϒχ ᶎσЌ˔ϿГϰрϽ

ˢ͏ˣᵫ τψ Υ

ὓʺ ᴣʺ ♯ᾓʺ

ˢ͐ˣ ṍḧχ

ᵫ χ῟ ϯАФ



ДвЄϴрЙἷỪЅІЕкТϰ˔Ⱶ −



ДвЄϴрЙἷỪЅІЕкТϰ˔ˢDMDˣ

ʾ ʿ ◓ 3,500 τ͍

ʾ Ḇּי ʿ3,500- 5,000 /

ʾ ᾖԍʿЅІЕкТϰрӹ ◓ Ӱ

ʾ “ χỪӵ

ʾ 3⅞ ῇπ

ʾ 11- 13⅞π “₉

ʾ 20⅞ πᾦẊ τḪϥ

29

ʿH. Lodishet al., in Molecular Cell Biology, p999ϢϤᵠ
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РиГФЊˢРиЕжиЈрʿNS-065/NCNP -01 )

Ṟᾛʿ ρ
⁯ ʾ ὊӺ ᾆẕЈрЌ˔(Ặ )

ʿ
üЯиТ϶зЛ₃ᶊτϢϥϯрЎЈрІᶋ▒

ü‰ΜϵϼЊр53ІϺАСрϽᶨ Ϭ βϥ

ü2020 3Ὦ ⁯ ︡
8Ὦ ⁯FDA ︡

ˢ ʿ80mg/kg/ χ ˣ
PMO

ШІШкЅϯЬЍϱЕ
ЯиТ϶зЛᶋ▒

FDAʿFood and Drug Administration ˢϯЮзϸ Ӻ ộˣ
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ϯрЎЈрІᶋ▒χЮϸИЇЭ
- ϬώήΩ -

ϯрЎЈрІᶋ▒ʿ
ṁχԁת20-30 ₵ᶋ▒ʻ
mRNAϬ ρβϥʻ
⇔ π⌠ ʻ

τὫ›βϥάρτ
ϢμοṐ ԍ◓χὫ›Ϭ
ᵲƇ

̣
Ṑ ԍ◓χ ΦϬ ᵲβϥƇ

DNA

ϯрЎЈрІᶋ▒

mRNA

אּ

ACGTTGCAT

TGCAACGTA

ϵϼЊрρΰοχ ꜡τḩϩϥ ϬώήΩάρπƊ
ζχϵϼЊрΥmRNAϒ︡Ϥ₅ϘϦϥάρϬ ϥƇ

ϵϼЊр
ІϺАСрϽ



DMDϵϼЊрІϺАСрϽⱵ χᾖ

32

ЅІЕкТϰрmRNA

ḁ

ϵϼЊр52
ὧﬞ

ϵϼЊр53
ϬІϺАФ

52 54

5451

ΰ ΜΥṐ β
ϥ ▀ל

ḁ χ
▀ל

▀ל ΰ

535251 54

51 53

ϙ︡Ϥ Υ›ϩσΜ

ḁ χmRNA

ϵϼЊр52Ϭὧﬞ
ΰθmRNA

ϵϼЊр52ʺ53
ϬὧﬞΰθmRNA

ϙ︡Ϥ Υ›Ξ

ϵϼЊр52
ὧﬞ



РиЕжиЈр ♯ᾓχ

(NCNP*Υם☼)

͎ Ὃ ♯ᾓˢ ˣ
~192 ˢ›ὓ216 Ϙπˣ

͎ ♯ᾓˢ ˣ
ʿ 40, 80mg/kg ʺ24 ḧ

͍/͎ ♯ᾓˢ ˣ
ʿ40 , 80mg/kg ʺ24 ḧ

͍ Ӻ◖︠ Ⱶᾓˢ ˣ
ʿ1.25, 5, 20mg/kgʺ12 ḧ

2013 2015 2016 20182017 2019 2020 20212014

͏ ᾁ ♯ᾓˢϽк˔Ниˣ
ʿ 80mg/kg ʺ48 ḧ

⁯ ⁯

⁯

2022

(Ὃ )

(Ὃ )

33
*⁯ ʾ ὊӺ ᾆẕЈрЌ˔



Ḇּי PPMDχ ⱳ ᵓ
(2021.6.23 -26)πχ

Τϣ

PPMDʿParent Project Muscular Dystrophy
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Ὃ ♯ᾓˢ ḧ; ˙109 ˣ
Τϣχ κ ΥϤⱲḧˢЦ˔ІжϱрΤϣχ ᴟˣ

Τϣχ κ ΥϤⱲḧτΣΜοʺРиЕжиЈрⱵ Ἢψʺꜛ χ
Ἢρ ᶓΰοʺ Ӫτ ΜὫᴮϬꜘΰθ

wʿ
TTSTAND χὓ▄: Ϥ/ *P < 0.05; (P < 0.01; ˶P ˽ 0.0001)

PPMD ⱳ ᵓ(2021.6.23-26)π

κ ΥϤˢ ˣ κ ΥϤˢ ˣ

ᵠ ᵠ

CINRGʿCooperative International Neuromuscular Research Group
DNHSʿDuchenne Natural History Study
TTSTANDʿTime To Stand 
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Ὃ ♯ᾓˢ ḧ; ˙109 ˣ
10m “/ “ⱲḧˢЦ˔ІжϱрΤϣχ ᴟˣ

wʿ
TTRW χὓ▄:Ю˔Еи/ *P < 0.05; (P < 0.01; ˶P ˽ 0.0001)

10m “/ “ⱲḧτΣΜοʺРиЕжиЈрⱵ Ἢψꜛ χ
Ἢρ ᶓΰοʺ Ӫτ ᵕϥὫᴮϬꜘΰθ

PPMD ⱳ ᵓ(2021.6.23-26)π

ᵠ ᵠ

10m “/ “ˢ ˣ 10m “/ “ˢ ˣ

TTRWʿTime To Run/Walk 
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Ὃ ♯ᾓˢ ḧ; ˙109 ˣ
6 ḧ “ГІЕˢЦ˔ІжϱрΤϣχ ᴟˣ

wʿ
*P<0.05.

6 ḧ “ẩ τΣΜοʺРиЕжиЈрⱵ Ἢψꜛ χ Ἢ
ρ ᶓΰοʺ Ӫτ ᵕϥὫᴮϬꜘΰθ

PPMD ⱳ ᵓ(2021.6.23-26)π

ᵠ
6 ḧ “ˢmˣ
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PPMD ⱳ ᵓ(2021.6.23 -26)
πχ

ÅРиЕжиЈр─ │ ≢№∫√⁹ │™∏╣
╙ ╕√│ ≢№∫√

ÅРиЕжиЈр Ḇּ16י π⁸►◄☻♃fiⱩ꜡♇♩
⌐╟╡ ⌂☺☻♩꜡ⱨ▫fi Υ ήϦθ

ÅRT΅PCR τϢϤꜘήϦθ◄◒♁fiІϺАСрϽ῟ᴮτϢϤʺ
РиЕжиЈрχ◄◒♁fi53☻◐♇ⱪ─ ⌂◄ⱦ♦fi☻Υ
ꜘήϦ√

Å Τϣχ κ ΥϤⱲḧ⁸10m “/ “Ⱳḧ⅔╟┘6 ḧ
“ψ⁸ CINRGꜛ Д˔Ќρ ᶓΰοʺРиЕжиЈр
Ḇּיπψ ⌐ τ ᵕϥὫᴮ╩ ⇔√

Å κ ΥϤⱲḧʺ10m “/ “ⱲḧψʺРиЕжиЈрⱵ
ḆּיπψЦ˔Іжϱрρ ᶓΰοᵠ ΰθ



І
ϼ
з

И
р
Ͻ

⌠
Ӯ
ᴟ

РиЕжиЈр
80 mg/kg/

N=37

ФжЈЩ
N=37

-21 1

♯ᾓ
ÅϵϼЊр53ІϺАСрϽτϢϤⱵ ᴦ
σDMDḆּי
Å4˙8⅞
Å “ᴦ
ÅϽиЀЀиЎЀϱЖτϢϥӗ σⱵ

︠ ᴣ‮
Å Τϣχ κ ΥϤⱲḧχ ᴟ

ⱳ ᴣ‮
Å10m “/ “Ⱳḧʺ6 ḧ “ʺЛ˔
ІʾІЌ˔ “ ᴣʺ 4 ᵬ ‭
ⱲḧΣϢόМрЖХиЖЍϱЗЯЮ˔Ќ
χ ᴟClinicalTrials.gov: NCT04060199, NCT04768062

͏ ᾁ ♯ᾓˢϽк˔Ниˣ
ДЃϱрʾ ᴣ‮

48 Ὃ ♯ᾓ
(RACER53-X)

96

РиЕжиЈр
80 mg/kg/

N=74
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DMDОϱФжϱр

* ⁯πψ2020 8Ὦ12 τ ˢ ˣʺ πψ2020 3Ὦ25 τ ˢ Ὧ ṍ ˣ

⁯πψ2021 6Ὦ25 τ ˢ ₰ˣ

NS χDMDОϱФжϱрτϢϤʺ DMDḆּיχ 40%ϬϸН˔βϥάρΥᴦ

NCNP ʿ ⁯ ʾ ὊӺ ᾆẕЈрЌ˔


