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Capricor Therapeutics Reports Third
Quarter 2023 Financial Results and
Provides Corporate Update
-Completed Targeted Enrollment for HOPE-3, the Phase 3 Trial of CAP-1002 in Duchenne
Muscular Dystrophy-

-On Track to Report Interim Futility Analysis in Fourth Quarter of 2023; Successful Outcome
Would Trigger Milestone Payment to Capricor Under Commercialization and Distribution
Deal with Nippon Shinyaku-

-Positive FDA Feedback on the Proposed Key Clinical and Regulatory Requirements
Confirms CAP-1002’s Path Towards a Biologics License Application Submission-

-Conference Call and Webcast Today at 4:30 p.m. ET-

SAN DIEGO, Nov. 14, 2023 (GLOBE NEWSWIRE) -- Capricor Therapeutics (NASDAQ:
CAPR), a biotechnology company focused on the development of transformative cell and
exosome-based therapeutics for the treatment and prevention of muscular and other select
diseases, announced today its financial results for the third quarter ended September 30,
2023 and provided a corporate update.

“During our recent meeting with the U.S. Food and Drug Administration (FDA), we aligned
on key features of our Phase 3 pivotal program and are pleased to have completed the
targeted enrollment in this study, which marks a major milestone on our path towards
potential approval of CAP-1002 for the treatment of Duchenne muscular dystrophy (DMD),”
said Linda Marbán, Ph.D., Capricor’s chief executive officer. “While there are limited
treatment options currently available for patients with DMD, we believe the potential for
slowing of disease progression, robust and consistent efficacy, together with the favorable
safety/tolerability profile, positions CAP-1002 as a potential anchor therapy. Further, we will
continue to discuss options for expedited approval pathways with the FDA and in parallel,
are well-positioned to execute on important clinical and regulatory milestones including
reporting the outcome of an interim futility analysis in the fourth quarter of 2023, followed by
top-line data in late 2024.”

Dr. Marbán continued, “While our major focus is on commercializing CAP-1002, we continue
to progress our proprietary StealthX™ platform technology as part of our long-term strategy
to leverage exosomes for therapeutic development. We continue to explore partnership
opportunities and other non-dilutive sources of funding to advance this program.”

Third Quarter 2023 and Recent Operational Developments
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CAP-1002 Duchenne Muscular Dystrophy Program

Cohort A of our HOPE-3, Phase 3 clinical trial of CAP-1002 in DMD has completed its
targeted enrollment. The multi-center, randomized, double-blind, placebo-controlled
study is currently designed to treat approximately 58 subjects in the United States.

Next steps for Cohort A:
Plan to report the outcome from the interim futility analysis in the fourth
quarter of 2023. A successful outcome from the analysis will trigger the first
milestone payment under our U.S. Exclusive Distribution and
Commercialization Agreement with Nippon Shinyaku.
Plan to report top-line data from Cohort A in the fourth quarter of 2024.

Held a positive Type-B clinical meeting with FDA in the third quarter of 2023. The FDA
affirmed alignment on the current HOPE-3 clinical trial design. Based on the feedback
from FDA, we plan to submit a Biologics License Application (BLA), supported by
results from Cohort A using product manufactured from our Los Angeles site.
Cohort B of the HOPE-3 trial will enroll approximately 44 patients and support inclusion
of our San Diego site following initial registration.

Next steps for Cohort B:
Expect to commence enrollment for Cohort B in the fourth quarter of 2023.

Planning to request a meeting with the FDA in the first quarter of 2024 to discuss
chemistry, manufacturing and controls (CMC) and explore the potential for expedited
approval pathways.
Hosted a webinar in conjunction with Parent Project Muscular Dystrophy (PPMD)
where key updates on our DMD program were outlined.
Presented a late-breaking poster at the 28th International Annual Congress of the
World Muscle Society (WMS).

WMS Poster #1: Data from the HOPE-2 OLE study measured by the
Performance of the Upper Limb (PUL 2.0) showed a delta change=4.9 points,
p=0.021 after 24-months of treatment, compared with the placebo patient group.

The average rate of decline in CAP-1002 treated patients showed an
attenuation of disease progression by approximately 64%.
CAP-1002 revealed clinically meaningful improvements in ameliorating
cardiac function. Cardiac function, as measured by left ventricular ejection
fraction (LVEF%) by MRI at the 24-month timepoint, improved in 67% of
patients, compared to a steady decline in a comparable natural history
population.

Exosome Platform Technology

Growing data from preclinical studies continue to underscore the therapeutic potential
of Capricor’s proprietary StealthX™ exosome platform and potential for a broad range
of new therapeutic applications in the field of vaccinology as well as a targeted delivery
tool for oligonucleotide, protein and small molecule therapeutics.
Presented a late-breaking poster at the 28th International Annual Congress of the
WMS on the application of the StealthX™ exosome platform for the delivery of
antisense oligonucleotides (ASO).

WMS Poster #2: One of the predominant strategies for treating DMD has been
through the employment of ASOs to exclude exons resulting in DMD proteins
with partially restored function. To overcome challenges associated with drug

https://www.youtube.com/watch?v=A-USYCxzSSU
https://d1io3yog0oux5.cloudfront.net/_e7a3fba205f4fce31284150e8f43c824/capricor/files/Long_Term_Safety_and_Efficacy_of_CAP-1002_in_late-stage_patients_with_DMD_Poster.pdf
https://d1io3yog0oux5.cloudfront.net/_43851f793838f9ddac78bbc56d28ca30/capricor/files/Targeted_ASO_Delivery_To_Mouse_Lower_Limb_by_Exosome_Carrying_A_Muscle_Targeting_Moiety_WMS2023.pdf


delivery, a muscle-targeting moiety was engineered on the surface of the
exosomes using the StealthX™ technology.

Results showed the presence of exosomes loaded with a labeled ASO in
the lower limbs of mice 24 hours post-intravenous (IV) injection. Notably,
the exosomes carrying the muscle-targeting moiety were not detected in
any other tissues except for the expected clearance pathways (kidney and
liver) with a single dose.

Featured in a poster session at the American Association of Extracellular Vesicles
(AAEV) 2023 Annual Meeting showing exosomes loaded with siRNA targeting the
RRM2 gene trigger apoptosis in the SKOV3 ovarian cancer cell-line.
Featured in a poster session at the 5th Exosome Based Therapeutic Development
Summit highlighting data on scalable production, purification and characterization
methods for exosomes.
Published preclinical data in the peer-reviewed publication PLOS ONE showing that
nanograms of SARS-CoV-2 spike protein, delivered by exosomes induce neutralization
of delta and omicron variants.
Featured in a poster session at SelectBIO Extracellular Vesicles 2023 highlighting the
latest advancements related to methods for loading nucleic acid cargo in exosomes.

Corporate Updates

Announced completion of a registered direct offering with participation from Nippon
Shinyaku, Co., Ltd. for gross proceeds of approximately $23.0 million.
Strengthened Capricor’s leadership team with the appointment of Michael Kelliher to
the Board of Directors.

Mr. Kelliher is an experienced business development and finance professional
with expertise in corporate strategy, mergers and acquisitions, strategic
partnerships and licensing, with a career spanning more than 20 years with
leading biotechnology and global pharmaceutical companies. Mr. Kelliher
currently serves as Group Vice President of M&A and Business Development at
Horizon Therapeutics (now Amgen).

Anticipated Milestones and Events

The Company has set forth the following guidance for pipeline progression:

Plan to report outcome from interim futility analysis of HOPE-3 (Cohort A) in the fourth
quarter of 2023.
Plan to initiate HOPE-3 (Cohort B) enrollment in the fourth quarter of 2023.
Capricor plans to request a meeting with FDA in the first quarter of 2024 to discuss our
CAP-1002 program for DMD.
Plan to report topline data from HOPE-3 (Cohort A) in the fourth quarter of 2024.
Continue to explore opportunities for additional partnerships outside of the U.S. and
Japan to support the potential commercialization of CAP-1002 in DMD.
Continue to explore opportunities for partnerships and non-dilutive sources of funding
to support advancement of our StealthX™ exosome platform technology.

Third Quarter 2023 Financial Results

Cash position: The Company’s cash, cash equivalents and marketable securities totaled

https://d1io3yog0oux5.cloudfront.net/_7daa5aad35e85105379afcc8bcb703f6/capricor/files/pages/our-science/publications/20231023FM_AAEV_2023_Poster_Presentation-v2.pdf
https://d1io3yog0oux5.cloudfront.net/_51f880a29a8b3c5b1ab29bc3da88d5ed/capricor/files/pages/capricor/db/2348/authors/Exosomes_Scalable_Production_Purification_and_Characterization_Methods_using_293F.pdf
https://d1io3yog0oux5.cloudfront.net/_407032e5c7080750400e5b303b4860b8/capricor/files/pages/capricor/db/2348/authors/Cacciottolo_et_al_PLOS_ONE_2023.pdf
https://d1io3yog0oux5.cloudfront.net/_ca27113c764460e80adc7784a5558b9f/capricor/files/pages/capricor/db/2348/authors/SelectBio_Poster.pdf


approximately $28.5 million as of September 30, 2023 compared to approximately $41.4
million on December 31, 2022. Subsequent to September 30, 2023, the Company completed
a registered direct offering for approximately $23.0 million in gross proceeds. Additionally, in
the third quarter of 2023, Capricor raised approximately $0.4 million in net proceeds through
issuances of common stock at an average price of approximately $5.72 per share under its
at-the-market offering program. Subsequent to September 30, 2023 and through the date of
this filing, no shares were sold under the Company’s at-the-market offering program.

Revenues: Capricor’s primary source of revenue was from the ratable recognition of the
$30.0 million upfront payment in accordance with its U.S. Exclusive Commercialization and
Distribution Agreement received from Nippon Shinyaku in the first quarter of 2022. Revenues
for the third quarter of 2023 were approximately $6.2 million compared with approximately
$1.6 million for the third quarter of 2022. Additionally, revenues for the nine months ended
September 30, 2023 were approximately $13.1 million compared with approximately $1.6
million for the same period of 2022.

Operating expenses: Total operating expenses for the third quarter of 2023 were
approximately $13.1 million compared with approximately $8.1 million for the third quarter of
2022. Total operating expenses for the nine months ended September 30, 2023 were
approximately $35.9 million compared with approximately $23.2 million for the same period
of 2022.

Net loss: The Company reported a net loss of approximately $6.4 million, or $0.25 per
share, for the third quarter of 2023, compared to a net loss of approximately $6.4 million, or
$0.26 per share, for the third quarter of 2022. The Company reported a net loss of
approximately $21.5 million, or $0.85 per share, for the nine months ended September 30,
2023, compared to a net loss of approximately $21.3 million, or $0.87 per share, for the
same period of 2022.

Financial Outlook

Capricor believes that based on the current operating plan and financial resources, its
available cash, cash equivalents and marketable securities will be sufficient to cover
anticipated expenses and capital requirements into 2025. This expectation includes the
recent registered direct offering which closed in October 2023 for approximately $23.0
million in gross proceeds and excludes any additional potential milestone payments under its
exclusive commercialization and distribution agreements with Nippon Shinyaku, as well as
any strategic use of capital not currently in the Company’s base-case planning assumptions.

Conference Call and Webcast

To participate in the conference call, please dial 888-886-7786 (Domestic/Toll-Free) or 416-
764-8658 (International) and reference the conference ID: 46361431. To participate via a
webcast, please click here. A replay of the webcast will be available following the conclusion
of the live broadcast and will be accessible on the Company’s website.

About Capricor Therapeutics

Capricor Therapeutics, Inc. (NASDAQ: CAPR) is a biotechnology company focused on the
development of transformative cell and exosome-based therapeutics for the treatment and

https://www.globenewswire.com/Tracker?data=p2FfJxQtdPreF3TL7KLNK-21FWR9GWZi1W0d1cPigFsptFHhXQeuYiq7icnSVqv467Pbx1jIIs0dLlfdpJXuwvmk3Ov0CE3aA33ZfBTdL0LaOkcKhEGUypulPk1-jxH-k2j3rs-DnYaNUNwAY1bbHg==
https://www.globenewswire.com/Tracker?data=srK1dHQre39pEVW-LniotvCl32cX6mjvgF0cArTjEihX7A1kpwjMhVyBDUaYfuX0e_I-bWmtf7QmoSvE5SBfrkK9rinBTUM6Rr_1TV1IG14=


prevention of muscular and other select diseases. Capricor’s lead candidate, CAP-1002, is
an allogeneic cardiac-derived cell therapy that is currently in late-stage clinical development
for treating Duchenne muscular dystrophy. Further, Capricor has entered into
a partnership for the exclusive commercialization and distribution of CAP-1002 for DMD in
the United States and Japan with Nippon Shinyaku Co., Ltd. (U.S. subsidiary: NS Pharma,
Inc.), subject to regulatory approval. Capricor is also developing its exosome technology as
a next-generation therapeutic platform. Our proprietary StealthX™ exosome platform has
potential for a broad range of new therapeutic applications in the field of vaccinology as well
as targeted oligonucleotide, protein and small molecule therapeutics to treat or prevent a
variety of diseases. For more information, visit capricor.com, and follow Capricor
on Facebook, Instagram and Twitter.

Cautionary Note Regarding Forward-Looking Statements

Statements in this press release regarding the efficacy, safety, and intended utilization of
Capricor’s product candidates; the initiation, conduct, size, timing and results of discovery
efforts and clinical trials; the pace of enrollment of clinical trials; plans regarding regulatory
filings, future research and clinical trials; regulatory developments involving products,
including the ability to obtain regulatory approvals or otherwise bring products to market;
manufacturing capabilities; the ability to achieve product milestones and to receive milestone
payments from commercial partners; plans regarding current and future collaborative
activities and the ownership of commercial rights; scope, duration, validity and enforceability
of intellectual property rights; future royalty streams and revenue projections; expectations
with respect to the expected use of proceeds from the recently completed offerings and the
anticipated effects of the offerings; and any other statements about Capricor’s management
team’s future expectations, beliefs, goals, plans or prospects constitute forward-looking
statements within the meaning of the Private Securities Litigation Reform Act of 1995. Any
statements that are not statements of historical fact (including statements containing the
words “believes,” “plans,” “could,” “anticipates,” “expects,” “estimates,” “should,” “target,”
“will,” “would” and similar expressions) should also be considered to be forward-looking
statements. There are a number of important factors that could cause actual results or
events to differ materially from those indicated by such forward-looking statements. More
information about these and other risks that may impact Capricor’s business is set forth in
Capricor’s Annual Report on Form 10-K for the year ended December 31, 2022, as filed with
the Securities and Exchange Commission on March 17, 2023 and in our Quarterly Report on
Form 10-Q for the quarter ended June 30, 2023, as filed with the Securities and Exchange
Commission on August 8, 2023. All forward-looking statements in this press release are
based on information available to Capricor as of the date hereof, and Capricor assumes no
obligation to update these forward-looking statements.

CAP-1002 is an Investigational New Drug and is not approved for any indications. None of
Capricor’s exosome-based candidates have been approved for clinical investigation.

For more information, please contact:

Capricor Media Contact:
Raquel Cona
KCSA Strategic Communications
rcona@kcsa.com 
212.896.1204
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Capricor Investor Contact:
Joyce Allaire
LifeSci Advisors, LLC
jallaire@lifesciadvisors.com 
617.435.6602

Capricor Company Contact:
AJ Bergmann, Chief Financial Officer
abergmann@capricor.com 
858.727.1755

  CAPRICOR THERAPEUTICS, INC.
CONSOLIDATED STATEMENTS OF OPERATIONS AND COMPREHENSIVE LOSS

(UNAUDITED)
         

 Three months ended
September 30,  Nine months ended

September 30,  

  2023   2022   2023   2022  
         

REVENUE         
Revenue $ 6,185,814  $ 1,591,566  $ 13,089,977  $ 1,591,566  

         
TOTAL REVENUE  6,185,814   1,591,566   13,089,977   1,591,566  

         
OPERATING EXPENSES         

Research and development  10,028,964   5,504,356   26,507,872   15,585,143  
General and administrative  3,021,450   2,564,960   9,378,672   7,637,461  
         

TOTAL OPERATING
EXPENSES  13,050,414   8,069,316   35,886,544   23,222,604  

         
LOSS FROM OPERATIONS  (6,864,600)   (6,477,750)   (22,796,567)   (21,631,038)  

         
OTHER INCOME (EXPENSE)         

Other income  -   -   -   190,582  
Investment income  479,380   106,635   1,276,502   141,836  
Loss on disposal of fixed
assets  (5,388)   -   (5,388)   -  

         
TOTAL OTHER INCOME
(EXPENSE)  473,992   106,635   1,271,114   332,418  

         
NET LOSS  (6,390,608)   (6,371,115)   (21,525,453)   (21,298,620)  
         

https://www.globenewswire.com/Tracker?data=U0zyVm0zUyaU9gnYLMvyLFBHEiON_DPtzJ805oXFVlv2akUMWIqhfxDEXRWVAoUHX4XkRWOaq3Os-Fthq6UfrY5uNvQOcGlDLrBuEFnMAgbE1rQxUa23dkefTKStllo5
https://www.globenewswire.com/Tracker?data=JxKR_0x6kNNGDA5RHwgSpjvvgD2ev1nV9VhMTuJaGPCeygk7jDAvBnH6By6aOOS1bwfOZD7fBfJWToGMYXTw_WopMhSWI-d5wdeObXgewBY=


OTHER COMPREHENSIVE
INCOME (LOSS)         

Net unrealized gain (loss) on
marketable securities  (66,485)   99,637   7,964   122,467  

         
COMPREHENSIVE LOSS $ (6,457,093)  $ (6,271,478)  $(21,517,489)  $(21,176,153)  
         

Net loss per share, basic and
diluted $ (0.25)  $ (0.26)  $ (0.85)  $ (0.87)  

Weighted average number of
shares, basic and diluted  25,817,676   24,431,787   25,468,880   24,346,775  

         

 

CAPRICOR THEAPEUTICS, INC.  
SUMMARY BALANCE SHEETS  

  

  
September

30, 2023
(unaudited)

 December
31, 2022

 

Cash, cash equivalents and marketable securities  $28,521,472  $41,421,262  
Total assets  $37,152,330  $50,094,910  

      
Total liabilities  $38,939,986  $38,308,816  

      
Total stockholders' equity (deficit) - 25,855,070 and
25,241,402 common shares issued and      

outstanding at September 30, 2023 and December 31,
2022, respectively   (1,787,656)   11,786,094  

Total liabilities and stockholders' equity (deficit)  $37,152,330  $50,094,910  
      

Source: Capricor Therapeutics
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