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Product Regulatory or Value
Characteristics Eramework
+ Size of benefit United States:
. Breakthrough Therapy
Type of benefit Fact Track
« Adverse effects
and risks
* Type and extent Europe:
of evidence Accelerated Assessment
1 Conditional Marketing
l. D f'
UI?EE;?T;IF:'IW Authorization
* Costs
* Budget impact Other:
* Ethical Development Support
considerations QALY Threshold
Formulary Decisions

Concept of Unmet Medical Need
Available
Treatments
Unmet
. Disease
s Medical F
Need
s
™
Patient
Population

* Number
= Accessibility
= Benefit

e Severity
* Burden

* Prevalence
* |ncidence

* Orphan Designation

https://www.clinicalleader.com/doc/what-s-in-a-name-understanding-unmet-medical-need-may-help-align-prioritization-strategies-0001 6
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2019 - 2020

ive medicine worldwide,
7 + including gene therapy, cell therapy, and
tissue engineering i

Total gene, cell, and tissue-based

therapeutic developers worldwide
Up 19% Year-Over-Year

Total gene, cell & tissue-hased :
th:r:peu:airill3 d(:elup::l::orlzzide Developers WorIdWIde
1400
» 1200 /
@ 20%
oL
2 1000 A 10%
o
Q 800
BRI : Alliance for Regenerative Medicine’s (ARM) 600
1. 2019 ARM Annual Report & Sector Year in Review 2019 2020 2021
2.2020 Annual Report _2020: Growth & Resilience in Regenerative Medicine Year

3. 2021 Annual Report _ REGENERATIVE MEDICINE: DISRUPTING THE STATUS QUO
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North
America

Developers
(Snapshot Value)

Clinical Trials
(Snapshot Value)

Investment

(Aggregate Value) $8.3B $2.1B $1.2B $11.7B*

*Totals refer to unique guantities and includes data from other regions not shown

ERIRIE : https://alliancerm.org/sector-snapshot-april-2024/
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900
834 200 834
A 600 298 2 500 598
[ 520 s 520
B
= =
-
£ £
o 300 5 300
Oncology Indication 23 23
& Tumor Type 0 0
CBIO Gene Therapy Cell Therapy Tissue Engineering Phase CBIO Gene Therapy Cell Therapy Tissue Engineering
® Non-Oncology 417 293 22 M Phase 111 19 51 36 8
m Unspecified 5 4 H Phase II/III 6 12 12 1
W Solid Tumor 312 161 160 1 H Phase II 123 112 125 5
= Both Tumoer Types 26 10 11 ® Phase 1/11 236 235 155 4
Liquid Tumor 491 10 53 m Phase T 450 188 192 5
Therapeutic Approach Therapeutic Approach

1480 : 2023 F-HITP ZEmPREARET1, 975
2835l : 58148 - 834 &=

3.8 7% : CBIOGEERAK
4 FIEIE : BIERBRBAR - 1562.9%
5.7EfELLR] : BRSERIIAEERZ - (5151%

EHRIFE : https://alliancerm.org/data/
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2022F =AM B R AFEHIHEIER154.6/855 70 - 1BETRI2032FFZERIAY
82241837t - ®2023FR2032FTRAIHIANLI18 3% MBS FIERZFIER -

CELL & GENE THERAPY MARKET SIZE, 2022 T0 2032 (USD BILLION)

" > BOAREER (therapy
; type)&ls - 20225
. UIA %S :

; ® HEAE-13.37% -
:: s18.12 $21.28 ® .%Elﬂﬂfl‘:ﬂﬁ-8663% °

pancany 223 W 2024 2025 W 2026 W o7 [ o028 M 2029 Q2030 2031 2032 |

Source: www.precedenceresearch.com

ERIZKJR : Precedence Research_Cell and Gene Therapy Market (By Therapy Type: Cell Therapy and Gene Therapy; By Indication: Cardiovascular Disease, Cancer, Genetic Disorders, Infectious Diseases,
Neurological Disorders; By Delivery Method: In-Vivo and Ex-vivo; By End-Users: Hospitals, Cancer Care Centers, Wound Care Centers, Others) - Global Industry Analysis, Size, Share, Growth, Trends, Regional
Outlook, and Forecast 2023-2032
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“FINAL THOUGHTS

That being said, health-care systems are often paternalistic
and may treat the disease rathér than the patient. Academics
are similar in how the¥ choose research projects and
Partu:lpants. For patients to make a well-informed decision,
hey must be provided good, clear knowledge regarding
the benefits and limitations of experimental treatments .
These patients also must have enough information to assess
the risks of these treatments, including full comprehension of
the severity of possible side effects as well as financial costs.
In complicated clinical research, proper explanation and
understanding of these issues may take several pages of text,
and key points may get lost in" the shuffle. However, the
autonomy of those at the end of life should be respected,
and terminally ill individuals should be given the
opportunity make well informed decisions. This is why we
side with the patient to have more options via Right-To-Try.

Brown, Brandon, Camerin Ortiz, and Karine Dubé. "Assessment of the right-to-try law: the pros and the cons.” Journal of Nuclear Medicine 59.10 (2018): 1492-1493.50
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Thanks for your
attention!

Questions?
comments?

& & g 7 &P

Ministry of Health and Welfare
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