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투자자 유의사항
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This Presentation has been prepared by Genexine Inc., and/or its affiliated companies (Collectively, “Genexine”; together with any officer, director, employee, advisor or agent of any of them,
collectively the “Preparers”) for the purpose of setting out certain confidential information in respect of Genexine’s business activities and strategy. References to this Presentation include any
information which has been or may be supplied in writing or orally in connection with this Presentation or in connection with any further inquiries in respect of this Presentation. This Presentation is
for the exclusive use of the recipients to whom it is addressed.

This Presentation and the information contained herein may be confidential. In addition to the terms of any confidentiality undertaking that a recipient may have entered into with Genexine, by its
acceptance of this Presentation, each recipient agrees that it will not, and it will procure that each of its agents, representatives, advisors, directors or employees (collectively, “Representatives”), will
not, and will not permit any third party to, copy, reproduce or distribute to others this Presentation, in whole or in part, at any time without the prior written consent of Genexine, and that it will
keep confidential all information contained herein not already in the public domain and will use this Presentation for the sole purpose of setting out [familiarizing itself with] certain limited
background information concerning Genexine and its business strategy and activities. This Presentation is not intended to serve as basis for any investment decision. If a recipient has signed a
confidentiality undertaking with Genexine, this Presentation also constitutes Confidential Information for the purposes of such undertaking.

While the information contained in this Presentation is believed to be accurate, the Preparers have not conducted any investigation with respect to such information. The Preparers expressly
disclaim any and all liability for representations or warranties, expressed or implied, contained in, or for omissions from, this Presentation or any other written or oral communication transmitted to
any interested party in connection with this Presentation so far as is permitted by law. In particular, but without limitation, no representation or warranty is given as to the achievement or
reasonableness of, and no reliance should be placed on, any projections, estimates, forecasts, analyses or forward looking statements contained in this Presentation which involve by their nature a
number of risks, uncertainties or assumptions that could cause actual results or events to differ materially from those expressed or implied in this Presentation. Only those particular representations
and warranties which may be made in a definitive written agreement, when and if one is executed, and subject to such limitations and restrictions as may be specified in such agreement, shall have
any legal effect. By its acceptance hereof, each recipient agrees that none of the Preparers nor any of their respective Representatives shall be liable for any direct, indirect or consequential loss or
damages suffered by any person as a result of relying on any statement in or omission from this Presentation, along with other information furnished in connection therewith, and any such liability is
expressly disclaimed.

Except to the extent otherwise indicated, this Presentation presents information as of the date hereof. The delivery of this Presentation shall not, under any circumstances, create any implication
that there will be no change in the affairs of Genexine after the date hereof. In furnishing this Presentation, the Preparers reserve the right to amend or replace this Presentation at any time and
undertake no obligation to update any of the information contained in this Presentation or to correct any inaccuracies that may become apparent.

This Presentation shall remain the property of Genexine. Genexine may, at any time, request any recipient, or its Representatives, shall promptly deliver to Genexine or, if directed in writing by
Genexine, destroy all confidential information relating to this Presentation received in written, electronic or other tangible form whatsoever, including without limitation all copies, reproductions,
computer storage devices or written materials which contain such confidential information. At such time, all other notes, analyses or compilations constituting or containing confidential information
in the recipient’s, or their Representatives’, possession shall be destroyed. Such destruction shall be certified to Genexine by the recipient in writing.

Neither the dissemination of this Presentation nor any part of its contents is to be taken as any form of commitment on the part of the Preparers or any of their respective affiliates to enter any
contract or otherwise create any legally binding obligation or commitment. The Preparers expressly reserve the right, in their absolute discretion, without prior notice and without any liability to any
recipient to terminate discussions with any recipient or any other parties.

This Presentation does not constitute or form part of any offer or invitation to sell, or any solicitation of any offer to purchase any shares in Genexine, nor shall it or any part of it or the fact of its
distribution form the basis of, or be relied on in connection with, any contract or commitment or investment decisions relating thereto, nor does it constitute a recommendation regarding the shares
in Genexine.

No securities commission or regulatory authority in any country has in any way opined upon the accuracy or adequacy of this Presentation or the materials contained herein. This Presentation is not,
and under no circumstances is to be construed as, a prospectus, a public offering or an offering memorandum as defined under applicable securities laws and shall not form the basis of any contract.

The distribution of this Presentation in certain jurisdictions may be restricted by law and, accordingly, recipients of this Presentation represent that they are able to receive this Presentation without
contravention of any unfulfilled registration requirements or other legal restrictions in the jurisdiction in which they reside or conduct business.
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Why & Why Now

유전자 치료제 시대를 선점

“Gene and cell therapy, forecasted to go through ‘inflection point’ to grow into mainstream 
therapeutic modalities in 5 years time” (expected CAGR 58% to 2024)

April 2019, McKinsey & Company 

4



Paradigm Shift in Innovative Biologics 
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Long-acting 
protein

2030



ToolGen’s Technology & IP

3세대 유전자 가위 (CRISPR/Cas9) 기술은 암과 AIDS 

뿐만 아니라 희귀난치병 치료나 작물, 가축개량, 

미래식량(Clean meat) 분야에서 빠르게 확산되고 있다.
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CRISPR/Cas9 유전자교정 기술

유전자 제거 유전자 복원 유전자 삽입

CRISPR/Cas9

치료제 농업
신약
R&D

산업바이오

• 정확하게 유전자를 교정 할 수 있는 유전자가위

• 유전자 고장에 의한 질병을 근본적으로 치료할 수 있는 최초의 혁신적 기술

치료제 농업
신약
R&D

산업바이오

적
용
분
야
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CRISPR 유전자교정 개발 선도그룹의 특허 출원

툴젠 CRISPR/Cas9 특허  빠른 출원일 + 중요 발명 요소
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툴젠의 CRISPR 특허 현황

PCT/KR2013/009488

(National Phase in 10 countries)

2016.08 2016.09 2018.112018.07 2019.04

• Australia 

- patent allowed

• Europe 

- patent registration

• Korea  

- patent registration

• Singapore 

- patent registration

• Japan

- patent registration

 Other 7 countries (USA, China …)

2012.10

KOREA
(Registered) 

CHINA
EUROPE

(Registered) CANADA

USA

BRAZIL

INDIA

SINGAPORE
(Registered) 

AUSTRALIA
(Allowed)

JAPAN
(Registered) 

HONG KONG

 IP ownership

: L/O 및 유전자가위 원천기술 IP 확장

 IP portfolio 확장

: 치료제 (Therapeutics), 동식물분야(GreenBio) 등

※ CRISPR 관련 특허

- 특허 등록 1건

- 특허 출원 2건

- 특허 등록 1건

- 특허 출원 2건

- 특허 등록 1건

- 특허 출원 1건

Total

- 특허 승인 1건

- 특허 출원 1건

- 특허 등록 3건

- 특허 출원 2건

- Total 특허 등록 7건

- Total 특허 출원 20건

(특허 출원 1건)

(특허 출원 2건)

(특허 출원 1건)

(특허 출원 1건)

(특허 출원 4건)

 US Top Law Firm “Jones Day” 을 통해 특허권 확보에 총력

 사내에 미국 및 한국 변호사들로 구성된 특허전담팀 운용

 기타 국내외 특허법인 및 전문가들을 통한 자문

Expanding Territory of Blocking Claims
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Valuation of CRISPR-based Therapeutics Co.

• Company: editas Medicine

• 국가: 미국

• 총: 1.13B

• 임상: 임상 1/2상 1개, 
Discovery 단계 7개 (Eye 
Diseases, Engineered T 
Cells 등)

• Company: CRISPR 
Therapeutics

• 국가: 스위스

• 시총: 2.55B

• 임상: 임상 1/2상 3개(with 
Vertex) 외 전임상 8개

• Company: Intellia
Therapeutics

• 국가: 미국

• 시총: 687.49M

• 임상: Research 단계 5개, 
Norvatis Programs 비공개
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Rating ToolGen
270,000원



Valuation of CRISPR-based Therapeutics Co.
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2017 2018 2019

AAV

CAR-T CRISPR/Cas9
245M USD

(upfront)

1B USD
(total value)

DMD/DM1
(indication)



툴제넥신의 신약 개발 전략
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Asset Value Driver
 특허 포트폴리오 확대

 유전자 치료제 개발 가속화

+ • CRISPR 기술 향상

• 치료제 개발 및 관련 기술 특허 확대

1. ex vivo 유전자 치료제( Next-gen CAR-T )

2. In vivo 유전자 치료제

• 전략적 제휴 확대를 통한 개발 역량 강화

원천기술 상용화 기술 특허확대

Expanding Territory
of Blocking Claims

원천기술 특허 강화

전략적 제휴 확대



통합법인 조직 운영안

R&D전략위원회 설치

양사 CTO, 연구소장 및 대표이사 등으로 구성

R&D전략위원회의 역할

미래 신기술 창출, 차세대 파이프라인 구축, 신규사업 기획

통합법인의 대표이사는 기술과 경영, 사업화 경험과 역량이 뛰어난 경영인 선임 예정

2021년 마곡 신 사옥 완공 후 통합 운영

이사회

대표이사

R&D 전략위원회

R&D 전략실

종합연구원 사업개발본부임상개발본부 경영지원본부
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ToolGenexine Outlook

Cell & gene 
therapeutics
• allogeneic CAR-T
• eDC vaccine
• AIDS etc.

In Vivo Gene 
therapeutics
• Wet AMD, CMT1A

Hemophilia B

Green Bio

Lymphopenia Drug   
( hyleukin-7 )

HPV+ Cancer 
(GX-188, 140, 200 )

Bi- & tri-specific Ab
• Cancer, 

• autoimmune disease
• Metabolic disease

Genome editing

hFc platform & Ab
Engineering

Know-how in CMC & 
clinical development
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합병법인의 개발 범위
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Genome-edited therapeutic cells

CAR-T
CRISPR/Cas9
 Immune Cell program

Bi-specific
Tri-specific

Multi-specific antibody

hyFc
DNA Vaccine

Best-in-Class PlatformTech.

Genome-edited 
animals and plants

Plant program
Animal program
Therapeutic protein 
production program

Eye program
Liver program
Neuro program

CRISPR-based gene therapeutics



Relatively Small Market : CAR-T Sales Forecast

17602

23745

29351

34703

39722

45028

50682

56536

340 726 1450 2793
4478

6490
9102

11795

0
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30000

40000

50000
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2018 2019(F) 2020(F) 2021(F) 2022(F) 2023(F) 2024(F) 2025(F)

Check Point Inhibitor CAR-T

USD 
millions

Source: GlobalData Market Intelligence

Relatively small market size compared to checkpoint inhibitor 
because of Autologous & High Price

Market Size Comparison

2018 Sale: ~ $0.34B
Kymriah: USD 76M 

Yescarta: USD $264M 
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Current CAR-T Treatments

Autologous CAR-T

$373,000$475,000

Autologous & High Price

Price Tag
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Personalized to Industrialized

Key Features Cell Therapy 1.0 Cell Therapy 2.0

Cell Source Patient Cells Master Cell Line

Manufacturing Personalized Off-the-Shelf

Overall Paradigm Patient-centric Product-centric

Autologous CAR-T  Allogenic CAR-T
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Use of Genome Editing in CAR-T by ToolGen

Next-generation CAR-T
CAR-T

- 특허 출원, 논문 게재 (Cancer Research, 2018)
- Low cost, Short time mass production

기능성 향상

DGK KO에 의한 CAR-T 기능성 향상 TCR 유전자의 효율적인 Knock out

향상된 CAR-T 기능 → 고형암 치료 가능성 확인 범용 CAR-T를 위한 Engineering  

범용성 향상

19



Allogenic CAR-T & Hyleukin-7

GX-I7
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준비되어 있는 CAR-T

유전자교정

새로운 기능성이 부과된 T-Cell

Gemone-edited T

CAR-T 증폭 및 효능 향상

Combination Therapy

CAR-T 임상 및 사업화 기반

Manufacturing

Hyleukin-7美 CoImmune 지분취득

Blockbuster
Cancer Therapeutics

+ +
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Business Strategy 
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신약의 가치 극대화 및 조기 수익 확보를 통한
성공 사례 창출을 최우선으로

개량 신약

상업화를 할 수 있는 초기 단계인 임상 3상 초기에 글로벌 L/O 

혁신 신약

환자에서 효능 입증하는 임상 2상 단계에서 글로벌 L/O



Genexine Pipelines in Development

GX-E2 (EPO-hyFc)

GX-G3 (G-CSF-hyFc)

Multi-Target Antibody Drugs 
(Immuno-Oncology)

GX-188 ( GX-200, -140 )*
(자궁경부전암/암DNA Vaccine)

HyLeukin-7 (IL-7-hyFc)
(Immuno-Oncology)

GX-H9 (hGH-hyFc)

개량 신약 혁신 신약

GX-G6 (GLP-1-hyFc)

Early Stage ( Phase 1- 2a )

GX-G8 (GLP-2-hyFc) PD-L1-hyFc
(Autoimmune Diseases)

Late Stage ( Phase 2b-3 ) Early Stage ( Phase 1- 2a )

Preclinical Stage

* 2nd Generation Pipeline

23



Toolgen Pipelines in Development
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제넥신기술의 성과 : 유한양행-베링거인겔하임 Deal
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약 5,000억원

재무계획 (Cash Inflow)

1,800억 1,350억 1,755억 300억

2022년까지의 가용현금

보유
현금성자산

투자지분 가치
실현 가능액

기술이전
수입 가능액

300억원

- 충분한 가용현금 확보가능

- 차세대 글로벌 경쟁력 확보를 위한
Strategic Convergence가 필요

Genexine
ToolGen

합병

- 향후 3년간 통합법인의
개발 소요금액 충족

- 미래 신기술 확보를
위한 적극적 투자 및
연구개발비 집행 가능

- FI를 통한 추가
자금조달은 당분간
불필요 (기존 주주의
Dilution를 최소화)

- 전략적 투자자(SI) 와의
전략적 차원의
자본참여는 열려있음

보유
현금성자산

+
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(단위 : 억원)

 R&D 전략위원회 4,000억 장기적

성장을 위한 투자
- 내부 창출 현금 1,000억

- 전략적 투자자(SI) 와의 전략적제휴를

통한 3,000억 가용

- 차세대 기술개발

- M&A, 전략적 지분투자

- Global License-Out의 기능 수행

 연구개발비 1,535억
- 기존 개발 Pipeline 이외 우선순위

 Bi-Specific AB

 In Vivo Gene Therapy

 Ex-Vivo (CAR-T, DC Vaccine)

 인건비(R&D이외)/관리비 745억
- CRISPR/Cas9 특허보호 비용 350억

포함 (향후 특허 Interference, 

Opposition에 따라 증감 예상)

재무계획 (Cash Outflow)

2020~2022 분야별 기금 소요 계획

Cash
Outflow

미래신기술 창출 투자 4,000

연구개발비 1,535

- 신기술 (CAR-T, Cell/Gene Therapy) 620

- 혁신신약 (Early Stage) 300

- 혁신신약 (Preclinical) 150

- 개량신약 (Late/Early Stage) 150

- 연구 인건비 315

인건비 135

관리비 610

연구 인프라 구축 590

Total Cash Outflow (-) 7,870
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ToolGenexine Market Cap

합병법인 시가총액 전망

DNA Vaccine

hyFc

GX-I7

CRISPR/Cas9
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End of Presentation

Thank You!
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