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Background Subject Demographics JSP191 single-agent conditioning leads to immune cell production in T-B-NK+ SCID
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GROUP A: SCID Re-Transplant Population * JSP191 demonstrates safety and tolerability as single-agent conditioning for SCID patients to date.

[Fd
1
o=

PRE & POST (AVG 12-24 WK)-HCT CD15+ CHIMERISM

= * 0.6 mg/kg JSP191 is the RP2D, based on pharmacokinetics and pharmacodynamics.
* SCID defined by PIDTC Cohort Al Cohort A2 Cohort A3 20% 20% * JSP191 can create HSC niche space and has the potential to replace genotoxic conditioning.
* Prior donor must be available 0.1mg/kg ——> 0.3 mg/kg —> 1.0mg/kg h = + HSC engraftment in SCID patients is possible without myeloid suppression.
* Prior transplant 2 6 months {oet) (n=4) (n =3) o . > o * Clinically meaningful production of naive donor T and/or B cells has been achieved in T-B-NK+ SCID
* Inadequate B cell engraftment Cohort AS o 5 . 3 . * JSP191 can provide durable engraftment, chimerism, and clinical benefit (resolution of chronic infections,
* Incomplete T cell reconstitution 0.6 mg/kg 5 £ ; independence from IVIG, or antibody response to vaccine challenge) in SCID patients undergoing re-
* Clinical symptoms due to poor immune (n = 4) 5% I I £ ’ . 5% ) ) a . transplantation.
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HSC engraftment was observed in 7 of 8 T-B-NK+ SCID re-transplant subjects conditioned with 0.1-0.6 mg/kg JSP191, as
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JSP191 is an investigative drug and not approved for any indication.



