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While there are >100 trials in late stages, most
growth has been in early-stages

Most CGT trial growth has been in genetically modified cell

therapies
Total clinical trials using a CGT intervention by year started CAGR* Share of trials started by stage CAGR*
1523 ‘1523
~5% ~5%
In Vivo GT R
(Viral Vector) 2%
(GM Cell) ~23%
Mucleotide
Therapy =l
h&%
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41% Phase Il 1%
(423) (& 1/M) ?
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11% 10% Phase lll ~5%
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2015 2023 10

ERIE : Investors In Healthcare, 2024/4



CGTEmBEASE

B HA 2 EHAIREAERE®E30~5285% 7 - EREARINTR213~4258 %7t
ZE -

MR EAERS BRBAERS

USD USD
600.000 4,500,000
................................................................................... 4,000,000
500.000
3.500.,000
400,000 3,000,000
u nww nww awww - wu nww waww S .. nww Z.SOOlOOO
300,000
2,000,000
200,000 1,500,000
1,000,000
100.000
500.000
0 0
Ky . ¥ T B A4 C Oy Laps A < 2 Y H, Loy, R & Lyp L
iy Searg, ' Carnyg g Ooemy gy Mg, iy Magy; e, Megl, " FSony " Meen, iy, " vy, ey, Veen, ey,

11

BRAR | S—2IREEIE - 2024/4



B R2BE BRIk —1]

B HRERLARE  BERHEEERK FRERTIGER AN - BRARE

—_

UARMBI AR « ERETHETHE - SEEEES[ERTERE

£ L&E ! 49008SMAERZE Gl RA{(TBBIRITEL
THER !

The model goals are to:

POLICY & ADVOCACY % » Increase access for
people with Medicaid

Biden-Harris Administration Announces New 5

CGT Payment MOdel (6[1) » Improve health outcomes

Margarita Valdez Martinez - February 01, 2024
S » Reduce health care utilization
@ and expenditures
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Viral Vector Bioprocessing

Cell Bioprocessing and Administration™*

Patient Cell Extraction Steps |

‘Upstream Processing™ ‘Downstream Processing’ |

: 1 . 1 . Patient |
blood |

Expanded !
producer cell Transfected Culture Prepared s :
culture producer cell containing Purified viral therapeutic |
2.8 200L cufture viral particles particles viral vectors e _

. Fill &

. Transfect @ o, Finish - S .
.. ) -0 E - o al

,O Plasmid

| |
Bpand "0 DNA | |
O vectors : . : a.g Zolgensma CAR .
: o ..' Capture : : : : T-cells (.‘ART—CEIIS
. : LI - LI l Expanded {preserved
1 - & 8 & | CAR at -SOOC:I
Producer cell : 0 O l % T-cell
starter culture | ~ - | . culture
from cell bank | Purfication Steps |
eg HEK293T -
Direct administration
of viral vectors

*Producer cell culture method shown - other methods exist
**CAR T-cell example shown - other ex vivo gene therapies can use different cell types

Adapted from Rafig et al. 2021: Lentiviral Vectors for T Cell Engineering 1
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