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Our Mission

Accelerating world class science
to deliver fransformative
regenerative medicine freatments
IN an equitable manner to @

diverse California and world.



Presenter Notes
Presentation Notes
Aditi – our mission drives all our initiatives (read mission)


Since 2004, CIRM has funded $3.8 billion* in regenerative medicine
research, infrastructure, and education programs, making California
a hub for cell and gene therapy innovation.

*As of June 30, 2024



85+ 9 4,300+

Diseases Alpha Clinics Interns,
and across the trainees,
conditions state and fellows

50+ S6K+

New full-time
businesses  equivalent
jobsin CA”

*As of 2019 Economic Impact Report
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85 Diseases/Conditions: CIRM funding helped advance research projects to address a wide range of health issues, from arthritis to Alzheimer’s disease, cancer, rare diseases in children, heart disease, and stroke.
9 Alpha Clinics: CIRM now supports nine medical facilities with staff experienced in cutting-edge clinical trials using regenerative medicine therapies. 
4,317 Interns and Fellows: Number of high school and college students, postdoctoral candidates, and clinical fellows involved in CIRM-supported education and training programs.
50+ New Businesses: Number of startup companies with roots in CIRM-funded research projects. 



Advance World Class |  Deliver Real World
Science § Solutions
® Develop shared resources ® Advance therapies to

marketing approval

. * Create a manufacturing
. partnership network

. * Expand Alpha Clinics
. Network

® Create Community Care
. Centers of Excellence

® Build knowledge networks

i
Provide Opportunity for
All

' * Build a diverse and highly
. skilled workforce

. * Deliver a roadmap for access
and affordability



Diversity, Equity,
& Inclusion (DEI)

CIRM requires diverse representation in the
projects it funds and promotes DEI values
across our programs, including:

* |n patient outreach and clinical trial recruitment

* In education and workforce development

« Providing access to diverse cell lines for
research (iPSC Repository)

« Advancing our community outreach efforts
across the state
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We champion diversity, equity, and inclusion...

In patient outreach and clinical trial recruitment: We require applicants to submit a DEI plan showing how they will engage and work with underserved populations to include clinical trial participants from these communities. The plans also must outline the applicant’s strategies to foster cultural sensitivity within their teams and partner institutions.

In education and workforce development: CIRM provides valuable educational opportunities in regenerative medicine for students and young professionals from backgrounds that reflect the diverse communities of the state. Hands-on research and structured mentorships, such as the COMPASS program for undergraduates that launched this year, empower aspiring scientists to pursue rewarding careers in regenerative medicine.

In research designed for a diverse California: Access to diverse cell lines for research can have far-reaching impacts on equitable health outcomes for Californians. We’ve created the world’s largest single repository of human induced pluripotent stem cells (iPSCs), containing over 2,600 cell lines from individuals of diverse ancestries.


Overview of Funding Programs &
CIRM-Funded Research
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Prop 71 funds in the Prop14 era:

DISC $75M out of $157M total in prop 14 era

CLIN $35,246,584 out of $402M total. in prop 14 era

68 awards equating to neuro in Prop 14 era


 



Pillar Programs and Investments

e i

b .
DISCOVERY  TRANSLATIONAL CLINICAL  EDUCATION INFRASTRUCTURE
PROP 71/PROP 14 $1.2B $656M $1.5B $439M $629M
PROP 14 Only $170M $230M $500M $198M $140M

@ $275M in the neuro space in Prop 14 era

*As of July 2024
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Prop 71 funds in the Prop14 era:

DISC $75M out of $157M total in prop 14 era

CLIN $35,246,584 out of $402M total. in prop 14 era

68 awards equating to neuro in Prop 14 era


 



Research and Development Portfolio*

* Wide variety of
diseases and
disorders

* Cell and gene

therapies, biologics,

small molecules

23% Neuro |

3% Respiratory

34% Other*

1% HIV

4% Eye

\

\

————— 6% Heart

,% 3% Musculoskeletal

——1 6% Blood

—— 4% Blood Cancer

"+ 10% Solid Tumors

. 1% Cancer

' 1% Diabetes

1 3% Immune

* FY 2023/2024
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Prop 71 funds in the Prop14 era:

DISC $75M out of $157M total in prop 14 era

CLIN $35,246,584 out of $402M total. in prop 14 era

68 awards equating to neuro in Prop 14 era


 



Clinical Trial
Portfolio

* 111 Clinical Trials funded*

* Wide variety of diseases
and disorders

* Different approaches

Other

Neurological
Disorders/Injury

111
Clinical
Trials

Cancer
(Blood)

Cancer
(Solid
Tumors)

Musculoskeletal

Infectious

Disease Heart M.etabolic
Disorders

*As of December 2024
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Prop 71 funds in the Prop14 era:

DISC $75M out of $157M total in prop 14 era

CLIN $35,246,584 out of $402M total. in prop 14 era

68 awards equating to neuro in Prop 14 era


 



$1.5 Billion for Neuro Research

 ReMIND: Research Using Multidisciplinary,
Innovative Approaches in Neuro Diseases

« Allocating at least $1.5 billion for research
and development of treatments for diseases
affecting the brain and central nervous
system

«  $110 million approved to tackle complex
neuropsychiatric diseases including
substance use disorders in 2024-2028

«  $67.5 million approved in Aug 2024 to
support 5 projects in pilot ReMIND Program
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Collaborative Networks for Discovery Research

New ReMIND* Program with Neuropsychiatric Focus
�*ReMIND: Research Using Multidisciplinary, Innovative Approaches in Neuro Diseases

DISC4-16295 
Translational epigenomics: dissecting cell type-specific function of neuropsychiatric risk genes in vivo 
Jin, Xin — Scripps Research 
$11,376,314 �
DISC4-16285 
Deep phenotyping of human brain organoid models of autism spectrum disorder to unravel disease heterogeneity and develop biomarkers and treatments 
Pollen, Alex — UCSF 
$12,297,272 �
DISC4-16377 
Modeling the genetic basis of psychopathology in schizophrenia and autism 
Sebat, Jonathan — UCSD 
$12,703,708 �
DISC4-16322 
CIRM Center for Neuropsychiatric Stem Cell Proteomics 
Nowakowski, Tomasz — UCSF 
$13,781,522 �
DISC4-16292 
Multiomic Studies of Idiopathic Intellectual Disability and Autism Spectrum Disorder (ID/ASD) 
Lipton, Stuart A — Scripps Research 
$17,365,387 




Building a Diverse Regenerative
Medicine Workforce in California




To date, CIRM’s
education and training
programs have
supported 4,317+
interns and fellows.




11 programs across state
High School Students
Summer Laboratory Internship
End of Summer Conference

16 Programs across state
Undergraduates — Sophomore/Junior

2-3 years support, courses + internship(s)
Innovative Recruitment and Selection




Training Programs: Bridges and Scholars
Bridges , CIRM Scholars

« 15 Programs at CSUs/Comm Colleges * 18 programs across state, 3" RFA
- Late undergrad, Masters, or special certificate * Predoc, postdoc, clinical Fellows
 Specialized courses, activities and outreach  Special Courses/Outreach

« Up to 12 months internships at host sites * 2-3 Year Fellowships




CIRM education programs aim to broaden participation of individuals representing the diversity of California
including those who may not have had opportunities and are hindered by socioeconomic constraints.
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Gender ldentity and First-Generation Students

Gender Identity First Gen Students
sear< [ | ercges | < 7+
sridges [ \

compass I |
Schoiars | \
CSuU 25.00%
ucC |
csu | 35.00%
B Female |  Male Jj Other Gender Bridges: N=957

COMPASS: N=134, 12 (8.2%) unreported
I,
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From Kelly Shepard: This slide shows the gender and first gen student breakdown for our programs. Analysis is from Aug 2024.


Commercialization of Cell and
Gene Therapies
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More therapies achieving FDA approval and reaching commercialization.

CIRM has launched programs to support with the commercialization of cell and gene therapies


Alpha Clinics Network:
Supporting World-Class Clinical Infrastructure

* Nine leading medical Cedars
centers @:f)) Sinai

* 250+ trials supported

* CIRM-funded and industry gtEaDr}ng';cg
sponsors

* Qver 2,000 patients treated

* Over $100 million in UCI Alpha

industry contracts

Clinic

Fone.
Alpha Clinic

UCsr

University of California
San Francisco

USC+CHLA
Alpha Clinic

CIRM
'ALPHA
A} CLINICS

' NETWORK

HEALTH Alpha Stem Cell Clinic

Health

Alpha Clinic

UC San Diego

SANFORD STEM CELL INSTITUTE
Sanford Stem Cell Clinical Center



Building a California
Cell and Gene Therapy
Manufacturing Network

Composed of 9 CIRM-funded academic Good
Manufacturing Practice (GMP) facilities in California
to help overcome manufacturing bottlenecks

Goals of the network:
* Accelerate and de-risk path to commercialization

* Advance standards and quality by design

» Build manufacturing leadership and workforce

Network Members

o Xo . C d
G Cshar

University of
UC DAVIS Uc California, Irvine

UNIVERSITY OF CALIFORNIA

UCLA UC San Diego
U(\SF Stanford
p®  University

\'@‘?

c

!

USCUniversity of
Southern Calitornia



Patient Support Program:
Addressing Access
Barriers to Trials

* $15.6 million patient
assistance fund

* Promotes equal access to
CIRM-funded clinical trial

* Addresses financial and
logistical challenges faced by
patients and their families
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IRB Discussions



Community Care Centers of
Excellence: Expand Access
for Underrepresented
Communities

* Enable broad awareness and
access to regenerative medicine
treatments for patients

* Expanding access to clinical
trials, treatments, and CIRM
education and training programs

* Expected to launch in 2025
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Notes on CCCEs:

Mandated in Prop 14
Intended to expand the geographic reach of treatment centers
Intended to make treatments and cures that arise from institute-funded research more widely available to California patients,

Concept Plan Approved January 2024
$60.2 million approved
Projected to support seven centers over five years
Requires coordination with CIRM’s Alpha Clinics, Patient Support Program and education programs
Applications reviewed in Nov 2024

Strategic aim is to serve vulnerable and underserved populations
Includes funding for community-based engagement of populations


Forging Partnerships to Commercialize Cell and Gene Therapies

CURE
SICKLE
CELL.

» The time has come.
Together we can cure
sickle cell disease.

#CuringSCD

Image from: Gentrace

« Sickle Cell: Affects around 100,000 in the
U.S. & millions worldwide

* Four CIRM-funded trials for sickle cell:

- Matthew Porteus, Stanford University
 Donald Kohn, UCLA

* Mark Walters, UCSF Benioff Children’s Oakland
« David Williams, Boston Children’s Hospital

« Part of a unique partnership with the
National Heart, Lung and Blood
Institutes (NHLBI) under the NIH's
“Cure Sickle Cell” initiative
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Sickle cell info: Caused by a point mutation in beta hemoglobin gene on Chromosome 11 
Affects ~100,000 in the U.S. & millions worldwide
30% growth in the number of globally affected by 2050
Average U.S. lifespan : ~40 years
Complications: Debilitating pain, organ damage, strokes and hospitalizations 



Looking Into the Future

Strategic Allocation Framework (SAF): A structured, data-driven effort designed to prioritize
resources and maximize the impact of CIRM's $3.86 billion left in funding

New Impact Goals

1. Catalyze the identification and validation of at least 4 novel targets and biomarkers,
ensuring integration into preclinical or clinical research for diseases in California

2. Accelerate development and utilization of 5-8 technologies that demonstrate improvements
in safety, efficacy, or quality of cell and gene therapies

3. Advance at least 4-7 rare disease projects to BLA
4. Propel 15-20 therapies targeting diseases affecting Californians to late-stage trials
5. Ensure that every BLA-ready program has a strategy for access and affordability

6. Bolster CIRM's workforce development programs to address gaps and meet
evolving demands in regenerative medicine



Thank You!

Please visit us at:
WWW.CIrm.ca.govVv



http://www.cirm.ca.gov/
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