UNITED STATES

SECURITIES AND EXCHANGE COMMISSION
Washington, DC 20549

FORM 8-K

CURRENT REPORT
Pursuant to Section 13 OR 15(d) of The Securities Exchange Act of 1934

Date of Report (Date of earliest event reported): November 18, 2024

Rocket Pharmaceuticals, Inc.

Rocket Pharmaceuticals, Inc.

(Exact name of registrant as specified in its charter)

Delaware 001-36829 04-3475813
(State or other jurisdiction of incorporation) (Commission File Number) (IRS Employer Identification No.)
9 Cedarbrook Drive, Cranbury, NJ 08512
(Address of principal executive offices) (Zip Code)

Registrant’s telephone number, including area code: (646) 440-9100

Not applicable
(Former name or former address, if changed since last report)

Check the appropriate box below if the Form 8-K filing is intended to simultaneously satisfy the filing obligation of the registrant under any of the following
provisions (see General Instruction A.2):

[0 Written communications pursuant to Rule 425 under the Securities Act (17 CFR 230.425)
O Soliciting material pursuant to Rule 14a-12 under the Exchange Act (17 CFR 240.14a-12)
O Pre-commencement communications pursuant to Rule 14d-2(b) under the Exchange Act (17 CFR 240.14d-2(b))
[0 Pre-commencement communications pursuant to Rule 13e-4(c) under the Exchange Act (17 CFR 240.13e-4(c))

Securities registered pursuant to Section 12(b) of the Act:

Title of each class Trading Name of each gxchange on which
Symbol(s) registered
Common stock, $0.01 par value RCKT The Nasdaq Global Market

Indicate by check mark whether the registrant is an emerging growth company as defined in Rule 405 of the Securities Act of 1933 (§ 230.405 of this chapter) or
Rule 12b-2 of the Securities Exchange Act of 1934 (§ 240.12b-2 of this chapter).

Emerging growth company [

If an emerging growth company, indicate by check mark if the registrant has elected not to use the extended transition period for complying with any new or
revised financial accounting standards provided pursuant to Section 13(a) of the Exchange Act. [J




Item 7.01 Regulation FD Disclosure.

Attached as Exhibit 99.1 to this Current Report on Form 8-K, and incorporated into this Item 7.01 by reference, is an investor presentation (the “Investor
Presentation”) prepared by Rocket Pharmaceuticals, Inc. (the “Company”) providing certain updates on the Company’s Danon Disease Program, including certain
long-term safety and efficacy results from the Phase 1 RP-A501 study for Danon Disease.

The information in this Item 7.01, including Exhibit 99.1 is furnished and shall not be deemed “filed” for purposes of Section 18 of the Securities Exchange Act of
1934, as amended (the “Exchange Act”), or otherwise subject to liabilities under that section, and shall not be deemed to be incorporated by reference into the
filings of the Company under the Securities Act of 1933, as amended, or the Exchange Act, regardless of any general incorporation language in such filings. This
Current Report on Form 8-K will not be deemed an admission as to the materiality of any information contained in this Item 7.01, including Exhibit 99.1.

Item 8.01. Other Events.
Danon Disease Phase 1 RP-A501 Update

On November 18, 2024, the Company presented long-term safety and efficacy results from the Phase 1 RP-A501 study which showed that RP-A501 was generally
well tolerated and all evaluable Danon disease patients demonstrated LAMP2 protein expression at 12 months (sustained up to 60 months) and reduction of left
ventricular (LV) mass index by >10% at 12 months (sustained up to 54 months) after treatment. These data were presented today at a Late-Breaking Scientific
session at the American Heart Association (AHA) Scientific Sessions 2024, published in The New England Journal of Medicine (NEJM) and discussed on a
company webinar today at 12:00 p.m. ET.

The safety and preliminary efficacy of RP-A501 was evaluated in a single-arm, open-label, multi-center Phase 1 study in male patients with Danon disease. Five
patients [pediatric (n=2) and adult/adolescent (n=3)] were treated with the low dose (6.7 x 1013 GC/kg), and 2 adult/adolescent patients were treated with the high
dose (1.1 x 1014 GC/kg). Data from the Phase 1 study (cut-off April 19, 2024) showed that RP-A501 in conjunction with a transient immunomodulatory regimen
was generally well tolerated. Most adverse events (AEs) were mild or moderate in severity, assessed as not related to RP-A501, and non-serious. All RP-A501 or
immunomodulatory regimen-related AEs were manageable or reversible. One patient had worsening heart failure at baseline (LVEF <40%) attributed to Danon
disease and required heart transplantation for cardiomyopathy progression five months after receiving RP-A501.

Evidence of sustained clinically meaningful improvement was observed in pediatric patients followed up to 24 months and adult/adolescent patients followed up to
60 months. All evaluable patients in the Phase 1 trial demonstrated:

*  Cardiac LAMP2 protein expression at 12 months and thereafter;

*  Reduction or stabilization of LV mass index — the median reduction from baseline to most recent visit of 24% (for the ongoing pivotal Phase 2 trial, a 10%
reduction in LV mass index and positive protein expression of Grade 1 or more are co-primary endpoints);

*  Preservation of normal LV ejection fraction (LVEF);

*  Reduction or stabilization of cardiac biomarkers (median cTnl and NTproBNP reductions of 84% and 57%, respectively);

* Improvement in New York Heart Association class from Class II at baseline to Class I at most recent follow-up visit; NYHA Class I reflects the absence
of clinical signs of heart failure;

* Improvements in Kansas City Cardiomyopathy Questionnaire quality-of-life (median improvement of 27 points) scores that persisted up to 54 months of
follow-up; and

*  Preliminary long-term follow-up assessments for Patient 1001 were positive for immunohistochemical staining and appear to show Grade 3 expression in
the heart at the five-year timepoint. These are preliminary results with a formal update to be presented at an upcoming medical conference in 2025.

Pyruvate Kinase Deficiency Phase 2 RP-L301 Update

As previously disclosed, the Company has reached agreement with the U.S. Food and Drug Administration on the study design of the Phase 2 pivotal trial for RP-
L301, the Company’s ex vivo LV-based program targeting Pyruvate Kinase Deficiency, a monogenic red blood cell disorder resulting in increased red cell
destruction and mild to life-threatening anemia (“Phase 2 RP-L301 Study”). While the Phase 2 RP-L301 Study is ready for patient enrollment, the Company is
currently focusing its resources on its other programs and has not initiated enrollment in the Phase 2 RP-L301 Study. The Company anticipates resuming patient
enrollment in 2025.




Item 9.01 Financial Statements and Exhibits.
(d) Exhibits
Exhibit No. Description

99.1 Investor Presentation dated November 18, 2024.
Exhibit 104 Cover Page Interactive Data File (embedded within the Inline XBRL document).




SIGNATURES

Pursuant to the requirements of the Securities Exchange Act of 1934, as amended, the registrant has duly caused this report to be signed on its behalf by the
undersigned hereunto duly authorized.

Date: November 18, 2024 Rocket Pharmaceuticals, Inc.

By: /s/ Gaurav Shah, MD

Name: Gaurav Shah, MD
Title:  Chief Executive Officer and Director
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FORWARD LOOKING STATEMENT AND DISCLOSURES

Varicus statements in this presentation concerning Rocket's future expectations, plans and prospects that invelve risks and uncertainties, as well as assumptions that, if they
do not materialize or prove incorrect, could cause our results to differ materially from those expressed or implied by such forward-looking statements. We make such forward-
looking statements pursuant to the safe harbor provisions of the Private Securities Litigation Reform Act of 1935 and other federal securities laws. All statements other than
statements of historical facts contained in this release are forward-looking statements. You should not place reliance on these forward-looking statements, which often include
words swdh as "believe," "expect,” "anticipate,” "intend," "plan," "will give," "estimate,” "seek," "will," "may,” "suggest" or similar terms, variations of such terms or the
negative of those terms. These forward-looking statements include, but are not limited to, statements concerning Rocket's expectations regarding the safety and effectiveness
of product candidates that Rocket is developing to treat Fanconi Anemia (FA), Leukocyte Adhesion Deficiency-1 (LAD-1), Pyruvate Kinase Deficiency (PKD), Danon Disease (DD}
and other diseases, the expected timing and data readouts of Rocket's ongoing and planned dinical trials, the expected timing and outcome of Redket's regulatory interactions
and planned submissions, Rocket's plans for the advancement of its DD program, including its planned pivotal trial, and the safety, effectivensss and timing of related pre-
dinical studies and clinical trials, Rocket's ability to establish key collaborations and wvendor relationships for its product candidates, Rocket’s ability to develop sales and
marketing capabilities or enter into agreements with third parties to sefl and market its product candidates and Rocket's ability to expand its pipeline to target additional
indications that are compatible with its gene therapy technologies. Although Rocket believes that the expectations reflected in the forward-locking statements are reascnable,
Rocket cannot guarantee such outcomes. Actual results may differ materially from those indicated by these forward-ooking statements as a result of various important
factors, including, without limitation, Rocket's dependence on third parties for development, manufacture, marketing, sales and distribution of product candidates, the
outcome of [itigation, unexpected expenditures, Rocket's competitors’ activities, including decisions as to the timing of competing product launches, pricing and discounting,
Rocket's ability to develop, acquire and advance product candidates into, enroll a sufficient number of patients into, and successfully complete, dinical studies, Rocket's ability
to acquire additicnal businesses, form strategic alliances or create joint ventures and its ability to realize the benefit of such aocquisitions, alliances or joint ventures, Rocket's
ability to obtain and enforce patents to protect its preduct candidates, and s ability to successfully defend against unforeseen third-party infringement claims, as well as
thoze risks more fully discussed in the section entitied "Risk Factors" in Rocket's Annual Report on Form 10-K for the year ended December 31, 2023, filed February 27, 2024
with the SEC and subsequent filings with the SEC including our Quarterly Reports on Form 10-0, Accordingly, you should not place undue reliance on these forward-looking
statements. All such statements speak only as of the date made, and Rocket undertakes no obligation to update or revise publicly any forward-looking statements, whether as
a result of new information, future events or otheraise.

2 ?[qqket




Danon Disease

X-linked monogenic disease!®

* [AMPZ2 gene variants

* Impaired autophagy

* Prominent sarcoplasmic vacuoles
* Myofibrillar disarray

Severe Cardiomyopathy!37
= Mortality secondary to heart failure or arrhythmia
* Males:
=  Hypertrophic phenotype with arrhythmias
= Left Ventricle (V) hypertrophy at presentation in >95% of patients
=  Accelerated progression to end-stage disease with death or transplant at an average
age of 19-21 years
* Females:
= Dilated/hypertrophic phenotype and arrhythmias
®=  Variable age for presentation of cardiac phenotype with mortality generally 2-3
decades later than in males

Other Clinical Features!-?
* Skeletal myopathy, CNS, ophthalmic manifestations

Figuies used with pemmibssion from Bonllls | of al

Cardiovisc Pthel, 3016.35/51433-431. (predominantly mild-moderate and not life-threatening)
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Rapidly Progressive Cardiomyopathy with Early Mortality in Males

Males: Critical interval in childhood/ Limited Overall Survivall*
early adolescence precedes rapid decline!?

Gene Therapy

{hypothesized optimal treatment juncture)
2 Symptoms L5
= Diagnosis R O e L e s
g -
= Accelerated @ Females
b= progression to _?_ 5
=] end stage Cardiac transplant = 5"'*‘%
W disease Omiy =20% 00 s S o gy
¢ » £
g - a 5
2 i

Death 0.0 4 i
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Age (years) Age

* Rapid decline in second decade of life (male patients)

* Guideline-directed heart failure therapies do not alter disease course/prognosis
= Heart transplant is the only current definitive intervention

*Figuies wied with permizson rom Boucek 0, Felowic |, Tavor M. Gt bed, 3100113 (61:563-568.

Fi g 1. Bovesk D, Brikewic |, Tavior WL Genet Med, F011:13(6) 563-568 c k t
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AAV Gene Therapy for Danon Disease: RP-A501

Goal schematic Representation of RP-A501 (AAV9.LAMP2B)
* Restore LAMP2BE protein expression AANVD
* Restore autophagy

* Normalize myocardial structure and function

Intravenous administration of RP-A501
* RP-AS501: rAAVS capsid with DMNA encoding full-length

LAMP2B protein - A rNmkR |
PRI |
* AAVI: demonstrated myocardial tropism l—lCMV IE | CBA [{CBA/RDG Intron|
TR
* In non-dividing, terminally differentiated cardiomyocytes, AAV2

dilution of the vector DNA is unlikely

Potential toxicities related to treatment with systemic AAV9 therapies!=

* Acute complement-mediated TMA

* Hepatotoxicity due to AAV liver transduction and T cell-mediated immunity
* Myocarditis

* Adverse events related to immunosuppression including steroid induced skeletal myopathy, infection

AdV=sdero-amoualed viul CEA=chlchen bvls-actn, OMV F=oytoomegabovivus iminmedate eidly, TR=tmveiled 1o i regmat; LAMPT Bsb mal-gdecied rembiane protain 18, (ARY smoombingm adess-assocated sina,
5 Filsdiar absbsit b ietrns, ASyrAsisbbi gobin puby sty na, TMAsthrorrbobic mic sarglopathy, WPEE B T A-trameriplionsl gy slemem. rock et
L. Klafimita TK, Samulski AL Expern Oipin Siod Ther. DI A0ET-L0TL . Ervl BCL Fromt imimancd. 203 213975803, 103389 Bmimu 3007 975800, 3. Mesdall R et al: Mol Thee, 2001.29{7) 404 4528 1
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Phase 1 Study Overview B
Safety and Preliminary Efficacy Follow-up for RP-A501 Out to 24-54 Months '

Inclusion Criteria

* Males age 28 years

= [AMP2 variant

= Cardiac involvement
{imaging or ECG)

= NYHA Class Il or Il

Exclusion Criteria
= Anti-AAVS neutralizing
antibody >1:40
= INVEF<40%
o Implemented prior
to pediatric cohort

Fiafirty datn e prasintad fof 5l 7 patints Uhadied: iy dels s presanted 1o t § svelashls pattts i low-up. RStent 1007 had Ly spsolc dyahanction [LVEF <A o sreroliment and had progrevive heert Sellurs macuiring
\’: | tempiesisbicn 5o dcdoetng FPASDL beatmant; B pebievt i cumentsy tabia 1 yesn pod-remapaT Dcket
o § Y virus; EOB LadAF Drotin 2 (YEF=iaft vartrinslar sjucrisn Enction; [rarp— F—
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Baseline Characteristics
Marked LV Hypertrophy, Elevated Biomarkers and Symptoms of Disease

6.7 = 10 GC/kg 11 = 10" GCfkp 6.7 x 10" GCfkg
Adultfadolescent, N=3 Adultfadolescent, N=2 Pediatric, N=2

Clinical Characteristics

Patient 1001 1002 1005 1006 1007 1008 1009
Age at infusion, y 175 204 183 211 207 123 117
ICD history Mo Yes Yes No Yes No® No
Imaging Parameters®
LVEF, % &7 &5 &5 62 32 74 77
IV mass, g 311 o988 438 315 566 605 232
VM, g/m27 350 260.2 98 2 68.6 1683 1415 220
WSd [mm), z Score 19.8, +13 60.1, +46 30.8,+25 18.0,+3 32.8,+1% 42,4 +32 185, +12
LVPWd {mm), z Score 18.8, +14 391, +34 32.1,+325 24.0, +18 19.1, +10 228, +17 143, +10
Biomarkers
BNP, ng/L MNA NA MA 123 674 1625 297
HNT-proBNP, ngfL 336 5115 E41 720 MNA MNA 1912
cTnl, ng/mL 0.60 146 0.28 047 0.86 178 108
Symptoms & Quality of Life
NYHA class I 1l I | Il 1 ]
KCCO-12 score 44 &g 7 79 &7 50 52
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Treatment-Emergent Severe Adverse Events

6.7 x 10 GC/ke 1.1 x 10% GC/kg 6.7 = 10° GCfkg

Pediatric
N=2 Favorable Safety Profile with Enhanced

Adultfadolescent
N=3

Adultfadolescent
N=2"

Preferred term Patients, n (%) Patients, n (%) Patients, n (%) Immunomodulation Protocol

Grade =3 serious TEAEs 3 (100) 1(50) 1(50) St A h

Myopathy® 2(66.7)° 1(50) 0 n Low Dqse Adult/Adolescent Cohort: )

TR T i 1(50) o = One instance each of AST/ALT elevation,

SRR : o 1(50) pyrexia and nausea/vomiting related to
I . drug product administration

Ventricular tachycardia 0 1{50) 0 « 7 shergid rolatad SAL th

Chest pain 1(33.3) 0 0 Eroe ey s (myopathy)

oD mmmt_mw s i s High Dose Adult/Adolescent Cohort:

Thmmboc_"mp_e"'a . ! £ g = One instance of reversible TMA and one

Thivins. SiCanERpLiY: ! 1(50) instance of steroid myopathy

Acute kidney injury® 0 1(50) 0

Renal failures 0 1(50) o Low Dose Pediatric Cohort:

Nauseass 1(33.3) i} o ~ = No RP-A501 administration-related SAEs

Vomiting® 1{33.3) 0 0

Increased ALT: 1(33.3] 0 o All SAEs were observed within initial 2-4

incregsed ASE 1(33.3) o o months following dn::'lg and reversible with

Pyrexia® 1(333) 0 0 BEPPOISIY Xav

Salmenella sepsis 1(33.3) 0 0




Positive and Sustained LAMP2 Expression in Endomyocardial Biopsies
Durable myocardial LAMP2 protein expression seen in all patients

Myocardial LAMP2 Protein Expression Representative LAMP2 IHC Images

; ¥
Cohort  Patient BL M6 M12 M18 M24 M30 M36 M6O T s A S

Visito Visit1 Wisit 2 Visit3
W01 0 OO © N P 0*  o* @# _
6.7 x 10 GC/kg 7 -
Adult/adolescent 1002 o . ‘F o0 00 OO 00 :E: f
]
1
1005 © NP MT o o © %g
,_':é.'l;_ Mo 24 M35
1.4 % 10M GC/kg ) " E : X
adultfadolescenes 1006 0 @ © © © W ? g _
o]

1008 0 @O © nr 00
w‘ﬁ
w9 o © OO wnr ‘?

TReflects patient 1005 B0 visit biopsy az 12M biopsy not performed
1 Prefiminary assessment of biopsy from 1004 ¥5 wisit with updated IHC assy

6.7 x 10" GC/kg
Pediatric

Le : IHC Staining Grade [% Positive Cardiom:
0 = no staining ©=1[c25%) QP =3 (51%-T74%)
NP=notperformed @@= 2 [26%—50%) 88=1a(275%)

4. Patiarst 1007 (- eses {LWEF <409 i mriclimmsiit msed i vt Falliirs ey e RP-A501 Urwaivact; Ehis i




Reduction in Autophagic Vacuoles
Representative H&E Staining and EM Images from Endomyocardial Biopsies

Representative Images from the Endomyocardial Biopsy of Patient 1008

USB : = 3IT!OI'IS e : 24“10“8 —
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Hematoxylin
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Improvement or Stabilization from Baseline in
Key Efficacy Parameters

Age at Most LVEF A LVPWd, A NT-proBNP, ANYHA A KCCQ-12
Cohort Patient  Most RV Recent BL-3 RV BL > RV BL - RV Class i
(v} Visit (mo) (%) {mm) (ng/L) BL > RV
339, 6%, -20%, A7%. -09% +52,
1 =3 i o7 3 64 85 > 568.0 1883188 | 188 315 338 3 279 0.6 = 0.01 L 44 398
1: Low
ks -48% -52% -49% -93% -86% +27
S . ke 2 =3 i 260231353 | B0.1 5286 | 3913198 | 5118351 1.46 > 0.06 It 84 > o1t
Adolescent
-11%, -10%, -2T%, +16%, -33%, +7,
3 e 42 SRR 8822873 | 3082278 | 321> 234 841 > 675 02800 | 1! 77 > 84
2: High
; -T%, +5%, -27%, -65%, -38%, +9,
Dose Adult) 4 23 36 |62951 1 i shae | 1e05 100 | 2405174 | 7205240 | p4rsoze | M) 70> 80
Adolescent
-38%, -19%, +1%%, -T8%, -BR%, i +27,
3 Low 6 14.4 24 TAST8 | 5 s87e | 4245242 | 2285231 | wests 360t | 178502 | 1) 50 7T
Dose
Pediatric -13%, +12%, -3%, -48%, -82%, +30,
v 137 = TR §20-3712 | 1853208 | 149> 144 | 19123008 | 1083030 LFae 52 %82
* Centraily evaluated (binded) MR dats were utized for LYMI wihen avalabie. All offer messurements of candiac structure and funcion refiect centraly evaluated (biinded) schocardiogram data. Im pI'CI\.'Ed
T Central laboratory assessement of CTRl wers performed on cryopresenved and RorCrpopreserved samples. Values for ©Tnl from high-sensEvEy and sardier tests. Stabilized
high-sensithvity and sarier assay are sypressad o ng/mL WDTSEHBd




Sustained Improvements in LV Mass Index Observed in All Patients

30%

10%

-10%

-30%

-50%

-T0%

LVMI % Change from Baseline LVMI % Change: Baseline to 12m°*

@\d‘ N . " & N 1001 1002 1005 1008 1009*
o O B * - \,:a“ * <« "93' t’l*{”. E H
ﬁ ﬁ AR -11% i ﬁ
-16% R -15%
3%

LVMI % Change: Baseline to Most Recent Visit*

e 1001 1002 1005 1006 w108 1009

1001* 1006* 1008 1009*%

-11%

-38%

All patients showed =10% IVMI decrease at ~12m;
improved or sustained at most recent visit

1M, 1006, el l:l’.:!l meh: it ardicegia u p-:u: ihid. All isietimenis wars conduacted by & siegle riviewes biingded b both pathant isd Umessint
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Sustained Reductions in Circulating Cardiac Troponins

Cardiac Tropenin-l Levels? Pre- and Post-RP-A501 (ng/mL)

2.00

1001
1.80
—=1002

1.60
=g=1005

1.40
=1 006

1.20
=1 008

1.00
=g 1 00D
0.80
0.60

0.40

0.20

0.00
Baseline M12 M18 nza M30 M3e a2 Mas

ending or urawmilabie b various timepoints; deta shown are cTal kevels performed on b Er-zer;:u'rir_. Bnd cdder mssays. Valses from both asseys are expressed in
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Phase 1 Study of RP-A501: Summary of Results
Favorable Benefit-Risk Profile for RP-A501

Key Findings
* RP-A501 was generally well tolerated with a transient immunomodulatory regimen of rituximabh,
sirolimus, and corticosteroids

= All SAEs were reversible without sequelae, and all patients are alive

* All 6 evaluable patients demonstrated improvement or stabilization across key clinical,
hiomarker, echocardiographic, and Qol parameters over 24-54 months of follow-up, indicating
preliminary evidence of sustained efficacy

Path Forward

* Phase 2 (NCT06092034) pivotal, global, single-arm, multi-center trial evaluating the efficacy and
safety of RP-A501 in 12 patients with DD is underway

Oyl mgqualitg of I, SAEsmuarious adveras swanty ” k t
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Thank You
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