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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:

· Written communications pursuant to Rule 425 under the Securities Act (17 CFR 230.425)

· Soliciting material pursuant to Rule 14a-12 under the Exchange Act (17 CFR 240.14a-12)

· Pre-commencement communications pursuant to Rule 14d-2(b) under the Exchange Act (17 CFR 240.14d-2(b))

· 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 exchange
	

	
	Symbol(s)
	on which registered
	

	Common Stock (Par Value $0.0001)
	
	NTLA
	
	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.  ☐
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Item 7.01[image: ]	Regulation FD Disclosure.

On January 9, 2026, Intellia Therapeutics, Inc. (the “Company”) updated its corporate presentation for use in meetings with investors, analysts and others. A copy of the presentation is furnished as Exhibit 99.1 to this Current Report on Form 8-K and is incorporated herein by reference.

The information under this Item 7.01, including Exhibit 99.1 hereto, is being furnished herewith and shall not be deemed “filed” for the purposes of Section 18 of the Exchange Act, or otherwise subject to the liabilities of that section, nor shall such information be deemed incorporated by reference into any filing under the Securities Act of 1933, as amended, or the Exchange Act, except as expressly set forth by specific reference in such filing.

Item 8.01.	Other Events.

As the Company reported on October 27, 2025, Grade 4 liver transaminases and increased total bilirubin were reported in a patient who was dosed with nexiguran ziclumeran (“nex-z”) in the MAGNITUDE trial of nex-z for the treatment of transthyretin (“ATTR”) amyloidosis with cardiomyopathy (“ATTR-CM”). This case met the trial’s protocol-defined pausing criteria, and the United States Food and Drug Administration (the “FDA”) subsequently placed a clinical hold on the Investigational New Drug applications for the MAGNITUDE and MAGNITUDE-2 Phase 3 clinical trials of nex-z.

As previously reported, the patient passed away on November 5, 2025. It was reported by the principal investigator that the patient died due to septic shock secondary to a perforated duodenal ulcer. The patient’s complicated clinical course also included acute liver injury and its treatment with corticosteroids. An autopsy report supported the clinical diagnoses.

To date, more than 650 patients with ATTR-CM are enrolled in MAGNITUDE, and 47 patients with hereditary ATTR amyloidosis with polyneuropathy (“ATTRv-PN”) are enrolled in MAGNITUDE-2. Grade 4 liver transaminase elevations have been reported in less than one percent of all patients enrolled in MAGNITUDE, and no Grade 4 liver transaminase elevations have been reported in MAGNITUDE-2. The onset of each of the Grade 4 events occurred within 3-5 weeks of dosing and, apart from the aforementioned case, resolved within several weeks of onset and without reported clinical sequelae.

The Company plans to provide an update after it has finalized a plan with regulators on the path forward for nex-z.

Forward-Looking Statements

This Current Report on Form 8-K and certain of the materials furnished or filed herewith contain forward-looking statements within the meaning of the Private Securities Litigation Reform Act of 1995, as amended. The words “may,” “will,” “could,” “would,” “should,” “expect,” “plan,” “anticipate,” “intend,” “believe,” “estimate,” “predict,” “project,” “potential,” “continue,” “target” and similar expressions are intended to identify forward-looking statements, although not all forward-looking statements contain these identifying words.

These forward-looking statements include, but are not limited to, express or implied statements regarding Intellia’s beliefs and expectations regarding: the safety, tolerability, efficacy, success and advancement of its clinical programs for nex-z for ATTR amyloidosis, including its MAGNITUDE Phase 3 study of nex-z for the treatment of ATTR-CM and its MAGNITUDE-2 Phase 3 study of nex-z for the treatment of ATTRv-PN; and its ability to resolve the clinical hold and finalize a plan with regulators on the path forward for nex-z.

Any forward-looking statements in this current report on Form 8-K are based on management’s current expectations and beliefs of future events and are subject to a number of risks and uncertainties that could cause actual results to differ materially and adversely from those set forth in or implied by such forward-looking statements. These risks and uncertainties include, but are not limited to: risks related to Intellia’s ability to protect and maintain its intellectual property position; risks related to valid third party intellectual property; risks related to Intellia’s relationship with third parties, including its licensors and licensees; risks related to the ability of its licensors to protect and maintain their intellectual property position; uncertainties related to regulatory agencies’ evaluation of regulatory filings and other information related to our product candidates, including nex-z; uncertainties related to the authorization, initiation and conduct of studies and other development requirements for our product candidates, including uncertainties related to regulatory approvals to conduct clinical trials; the risk that any one or more of Intellia’s product candidates, including nex-z, will not be successfully developed and commercialized; the risk that the results of preclinical studies or clinical studies will not be predictive of future results in connection with future studies for the same product candidate or Intellia’s other product candidates; and risks related to Intellia’s reliance on collaborations, including that its collaboration with Regeneron Pharmaceuticals, Inc. will not continue or will not be successful. For a discussion of these and other risks and uncertainties, and other important factors, any of which could cause Intellia’s actual results to differ from those contained in the forward-looking statements, see the section entitled “Risk Factors”

in Intellia’s most recent annual report on Form 10-K and quarterly report on Form 10-Q, as well as discussions of potential risks, uncertainties, and other important factors in Intellia’s other filings with the Securities and Exchange Commission. All information in this current report on Form 8-K is as of the date of the report, and Intellia undertakes no duty to update this information unless required by law.[image: ]

Item 9.01	Financial Statements and Exhibits.

(d) Exhibits

Exhibit
No.	Description
[image: ]

99.1	Corporate Presentation

104	Cover Page Interactive Data File (embedded within the Inline XBRL document)

SIGNATURES[image: ]

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

	
	Intellia Therapeutics, Inc.

	Date: January 9, 2026
	By:
	/s/ John M. Leonard

	
	Name:
	John M. Leonard

	
	Title:
	Chief Executive Officer and President
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Intellia Therapeutics’ Legal Disclaimer

This presentation contains “forward-looking statements™ of Intellia Therapeutics, Inc. (‘Intellia", “we or “our’) within the meaning of the Private Securities Litigation Reform Act of
1995. These forward-looking statements include, but are not limited to, express o implied statements about Intellia’s beliefs and expectations regarding: our abilty to
successfully develop and commercialize nexiguran ziclumeran (‘nex-2"), also known as NTLA-2001, for the treatment of transthyretin (‘ATTR") amyloidosis and lonvoguran
ziclumeran (lonvo-2"), also known as NTLA-2002, for the treatment of hereditary angioedema (‘HAE") to address the significant unmet needs of patients and prescribers in
ATTR amyloidosis and HAE, respectively; our ability to achieve upcoming objectives, including presenting topline data from the Phase 3 HAELO of lonvo-z by mid-202
submitting a biologics license application for lonvo-z for the treatment of HAE in the second half of 2026, successfully launching lonvo-z for the treatment of HAE in the U.S.

the first half of 2027, and resolving the clinical holds on the MAGNITUDE and MAGNITUDE-2 trials of nex-z for the treatment of ATTR amyloidosis and finalizing a plan with
regulators on the path forward; our ability to optimize the impact of our collaborations on our development programs, including our collaboration with Regeneron
Pharmaceuticals, Inc. ("Regeneron") and our co-development program for ATTR amyloidosis, and to advance additional development candidates; our expectations regarding
our uses of capital, expenses, and ability to fund operations into mid-2027; the potential commercial opportunities for our product candidates, incuding the value and market
potential for our product candidates, including the potential of nex-z and lonvo-z to be single-dose treatments administered in an outpatient setting, the potential of nex-z to
transform the standard of care for ATTR amyloidosis, provide patients with consistently rapid, deep and durable TTR reduction, stability or improvement i the disease for most
patients, improved quality of life, and reduced cardiovascular events and mortalty, and represent a meaningful opportunity for significant revenues and healthcare system
savings, and the potential of lonvo-z to eliminate HAE attacks and burdensome ongoing therapy for most patients; and our ability to leverage our in vivo and ex vivo technology
for pipeline expansion efforts and collaborations.

Any forward-looking statements in this presentation are based on management's current expectations and beliefs of future events, and are subject to a number of risks and
uncertainties that could cause actual results to differ materially and adversely from those et forth in or implied by such forward-looking statements. These risks and
uncertainties include, but are ot limited to: risks related to the abilty to develop and commercialize any one or more of Intellia’s product candidates successfull, including risks
related to our ability to present a topline data readout from the HAELO study by mid-2026, generate data to support lonvo-2's potential to be a one-time treatment for HAE,
‘address the clinical hold on the MAGNITUDE and MAGNITUDE-2 trals of nex-z for ATTR amyloidosis and to resume those diinical trials; risks related to Intellia’s ability to
protect and m: intellectual property position risks related to Intellia’s relationship with third parties, including our contract manufacturers, licensors and licensees; risks
related to the ability of our licensors to protect and maintain their intellectual property position; uncertainties related to the authorization, initiation and conduct of preciinical and
clinical studies and other development requirements for our product candidates, including uncertainties related to regulatory approvals to conduct clinical trals; risks related to
the results of preclinical studies o clinical studies not being predictive of future results in connection with future studies; the risk that clinical tral results will not be positive; risks
related to the development and advancement of in vivo and ex vivo technologies for pipeline expansion and collaborations; risks related to Intellia’s future financial condition
and our ability to fund our operations; risks related o Intellia’s collaborations with Regeneron or our other collaborations not continuing or not being successful; and risks related
o Inteliia’s abilty to execute its strategic plans, including completing pivotal clinical trials and commercial launch of its product candidates. For a discussion of these and other
fisks and uncertainties, and other important factors, any of which could cause Intellia’s actual results to differ from those contained in the forward-looking statements, see the
section entitled “Risk Factors” in Intellia’s most recent Annual Report of Form 10-K and Quarterly Report on Form 10-Q as well as discussions of potential risks, uncertainties,
and other important factors in Intellia’s other filings with the Securities and Exchange Commission. All information in this presentation is as of the date on its cover page, and
Intellia undertakes no duty to update this information unless required by faw.
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Our Vision: Transform the Lives of Patients Leveraging Gene
Editing Technology
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Intellia is Leading a New Era of Medicine

Working diligently to bring the first-ever in vivo CRISPR-based therapies to patients living
with severe diseases
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Two Late-Stage Assets: Breakthrough Profiles and Blockbuster Potential
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Key 2025 Accomplishments and Upcoming Objectives

Lonvo-z 9 Presented longer-term data from Phase 1/2 clinical trial
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ATTR ° Enrolled >650 CM patients in the global Phase 3 MAGNITUDE trial
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Hereditary Angioedema (HAE): Currently a Life-
Long Genetic Condition with Significant Burden

Rare, genetic and life-threatening disease

+ Patients have unpredictable, recurrent, painful and potentially life-threatening
swelling attacks'2

+ Average age of diagnosis is 20 years old®

« Symptoms often begin in the first decade of life and typically worsen in puberty**

« Attacks can be triggered by stress, trauma, infection, fatigue and hormones?

- Approximately 7,000 patients treated in the U.S.6
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HAE: Significant Market Opportunity — Ripe for Disruptive Innovation
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Lonvo-z Has the Potential to be a One-Time
Treatment for Hereditary Angioedema

« First and only investigational therapy that targets the KLKB1
gene, to reduce production of kallikrein protein at its source

« Observations from Phase 1/2 trial:

— Consistently rapid, deep and durable kallikrein
reductions

— Freedom from HAE attacks and ongoing therapy for
most patients

— Well-tolerated safety profile

» Lonvo-z is being developed as a one-time IV infusion
administered in an outpatient setting

Varim lonvo: Phase 1 data as of data cutoff February 12, 2025, Studies are ongoing f assess this investgatonalproduct.
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Pooled Analysis of Phase 1/2 Clinical Data: Deep Kallikrein
Reduction Remained Stable After a One-Time Treatment with
Lonvo-z 50 mg
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Most Patients were Attack-Free After a One-Time Treatment with Lonvo-z
50 mg; Attack Rate was Low and Stable with Up to 3 Years of Follow-Up

Pooled Phase 1/2 Analysis
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Pooled Analysis of Phase 1/2 Clinical Data: After Becoming Attack-Free
and LTP-Free for 26 Months, All Patients Maintained Their Response
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A One-Time Treatment of Lonvo-z 50 mg was Well Tolerated with
No Long-Term Risks Observed with Up to 3 Years of Follow-Up

Pooled Phase 1/2 Analysis
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Comparison of HAE Patient Survey vs. Lonvo-z Clinical Data
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Intellia Market Research: Most Surveyed Patients Were Very Likely to
Use “Product X” (Lonvo-z), Including Those on Leading LTPs
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Intellia Market Research: Vast Majority of 151 Surveyed Physicians
Were Willing to Prescribe “Product X” (Lonvo-z)
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Fully Enrolled With 80 Patients: Phase 3 Clinical Trial of Lonvoguran
Ziclumeran (Lonvo-z) in Patients with Hereditary Angioedema (HAE)
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Gircavtsgov 10: NCTO8634420. Paonts on o e prophyls ar e 0 wash ot teray o 1 tha i prio of scroning. 1. Wook 28 daa expocied o support BLA g n second hlf of
19 2026. After week 28, participants will be eligible for an optional blinded crossover, in which participants who received placebo would receive a single dose of lonvo-z. Patients will be observed in extended follow-up.

: inravenous: m: miligram; R randomized.
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Preparing for a Successful Planned Commercial Launch in 1H 2027

@ Core commercialization team in place
@ Field medical team deployed and engaging with KOLs
@ Payer engagement underway

@ Overall launch strategy in place

@ Relationships established with HAEA and medical societies

20 HAEA: Horeditary Angiosdema Assaciation; KOL: key opirion leader

Priorities in 2026...

Scale field sales and
reimbursement teams

Finalize distribution model
Identify treatment centers
Finalize pricing

Contracting strategy
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Lonvo-z Has the Unique Potential to Eliminate Attacks and Burdensome
Ongoing Therapy

CROSS TRIAL COMPARISON*
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Nexiguran Ziclumeran (nex-z) for
ATTR Cardiomyopathy and
ATTR Polyneuropathy
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Transthyretin Amyloidosis (ATTR): Large and
Growing Market with Significant Unmet Need

+ CM patients have debilitating shortness of breath, arrythmias,
reduced mobility and quality of life, as well as a high rate of hospitalization
« Wild-type disease, the most common form, occurs with aging and manifests as heart

failure; inherited TTR mutations lead to rapidly progressive heart failure and/or
polyneuropathy

+ 250,000 to 500,000 ATTR patients worldwide'; increasing rate of diagnosis due to an
aging population and improved disease awareness

+ PN presents as motor and sensory dysfunction, muscle wasting, weight loss,
as well as autonomic neuropathy with severe Gl symptoms

+ Inconsistent and slow TTR lowering response observed with silencers®

« In Phase 3 trials of silencer or stabilizer therapies for CM, the annual rate of CV events
or death is high at ~15% of enrolled patients in the first years

+ Even on existing therapies, CM patients have a marked decline in quality of life and
functional capacity as measured by 6MWTS®

+ Treatment adherence due to frequent administration/polypharmacy remains an issue

ith polyneuropathy





image37.png
24

Seeking to Meet Patient and Provider Needs in a Large and
Growing ATTR Market

Global ATTR market projected to Patients want a highly effective therapy
reach ~$16.8B dollars by 2030’

and freedom from chronic treatment?
s18

“It would be incredible to have a one-time therapy.
e This would get rid of the mental energy and anxiety
5 | get from going to infusion centers.”

U.S. ATTRV-PN Patient

>
/
P “This treatment could help me
s e, get my lfe back. | would foel
e el more comfortable going back o
s B work knowing thers is a
. U.S. ATTR-CM permanent treatment.”
Patient
N 2025 2026 2027 2028

UK ATTR-CM Patient
2029 2030
TR Stabilizers and Other

(inbil

A TTR Knockdown Agents

If approved, nex-z would present an opportunity for significant

revenues and healthcare system savings

1. Consansus analyst forecasts per FactSet (Dec. 2025), 2. It commissioned ATTR patint and caregiver interviews (n=45). 3. ntlia commissioned physician quantatve survey
(n=232) based on nex.2 arget product profie
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ATTR.CM: ATTR amyloidosis cardiomyopathy: ATTR-PN: hereditary ATTR amyoidosis polyneuropathy; TTR: ransthyretn.
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Nex-z Has the Potential to Transform the
Standard of Care for ATTR Amyloidosis

« First and only investigational therapy that targets the TTR
gene, to reduce production of TTR protein at its source
« Potential to provide patients with:

— Consistently rapid, deep and durable
TTR reduction

— Stability or improvement in disease measures
— Improved quality of life

— Reduced CV events and mortality

« Nex-z is being developed as a one-time IV infusion
administered in an outpatient setting

NANCY
Living with ATTR amyloidosis
with polyneuropathy
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Nex-z Led to Consistent Rapid, Deep, and Durable Reductions in Serum
TTR: Cross-Trial Comparison to Vutrisiran TTR Profile from HELIOS-B

TTR Percent Change
From Baseline*

Research has shown a correlation

o between deeper reductions in TTR

Mean % Change (95% Cl)

) and increased clinical benefit’->
70
-80
90
~100 4
0 2 4 3 s 0 12
Month
Vutrisiran? s 190 180 182 178 175 160
Nexz == 36 s % 3 E E

= This raphic nciudes data from disinc clincal ils il their own erviment crteria and methodologies. Cros:al comparisons have inherent imiatons and should b iterpeted with
cauton Vutisiran dala digiized fiom HELIOS 8: Fontana et al, NEJM, 2024, Nox.2 data from: Gilmora ot al NEJM, 2024, 1. Gilmore JD, o al. Lancet, 2001. 2. Lachman HJ. ol BrJ
26 Haematol, 2003. 3. Palladini G, et al. J Ciin Oncol, 2012. 4. Lachmann HJ, et al. NEJM, 2007.
- confidenca intenal: TTR: ransthyrtin
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Phase 1 Clinical Data: One-time Nex-z Dose Led to
Consistent, Rapid, Deep and Durable Serum TTR Reduction

275 Absolute Serum TTR 275 Absolute Serum TTR
56 (patients with ATTR-CM) 25 (patients with ATTRv-PN)"2
-
. s
i i

w0
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3+ —
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o i s = w  n = & =
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()3 35 3 % 36 36 £ 3 9 M3 333 B B 2 3 a1 2

From Tho Now England Journa of Modiine, Gilimore JD, o al, Nexiguran zcumeran gene eitng in hrediary
ATTR with polyneuropathy. Volume 393, Page no. 1375-1386. Copyright © 2025 Massachusets Medical Sociey
Reprited wih permision rom Massachusetts Medical Socety.

Across patients with ATTR-CM and ATTRv-PN, durable reductions in serum TTR
have been observed for up to 36 months (n=21)
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Phase 1 ATTR-CM Clinical Data: Improvement/Stabilization of
Disease Progression Maintained Regardless of NYHA Class
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Evaluation of Mortality in Patients Treated with Nex-z
Compared with a Matched Cohort of Patients

A cohort of ATTR-CM patients from the
National Amyloidosis Centre (NAC) who were
not receiving stabilizers or silencers at baseline
was compared to patients treated with nex-z
(also from NAC) in a post-hoc analysis

From a database of 3277 patients, propensity
scores were used to identify 1751
contemporaneous NAC patients that were
matched to the 36 patients who received nex-z
based on their baseline characteristics

Mortality outcomes of patients treated with
nex-z were compared to the matched ATTR-
CM controls from the NAC

Patients With ATTR-CM

REGENERON

(N=1751)
Age, mean (SD), y 77.9(7.6) 76.5(8.4) 028
Sex, Female, n (%) 43(25) 1(28) 0.90
| Baselineyear(sD)  am@n  wz20e 0% |

NT-proBNP, geometric mean 2606 2466 074
TTR genotype, n (%)®

Wild type 1395 (79.7) 25 (69.4) 013

V142! 257 (14.7) 7(19.4) 042
Echocardiogram measurements

Septum thickness, mean (SD), mm 16.9(27) 16.4(1.6) 027

LVEF, mean (SD), % 49.4(709) 492 (106) 099
©GFR, mean (SD), mL/min/1.73m? 589 (17.8) 607(15.3) 053

Patients were well matched between cohorts
Intetiia

THERAPEUTICS®




image43.png
Phase 1 ATTR-CM Clinical Data: All-Cause Mortality Rate was

~3-Fold Lower than that Observed in a Matched Cohort of
Patients

Death From Any Cause

190
Nex-z mortaliy rate: 3.9 (1.5, 10.5) per 100py
5 9
2
- Matched cohort mortality rate: 12.7 (1.4, 14.2) per 100py
R HR: 0.27 (0.10, 0.73), P=0.009
3
z
@ oz
000 —
o 1 2 s
Years
Number at risk
Matched cohort 1751 904 500 262
Nexz 36 36 34 12

+ A sensitivity analysis incorporating tafamidis initiation® s a time varying covariate yielded comparable resuits (HR: 0.3, 95% CI: 0.11, 0.80, P=0.016)
+ Results will need to be confirmed in a prospective randomized controlled trial

; Intetiia
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Phase 1 ATTR-CM Safety Summary

Atleast one Al 3 (100) |

AEs occurring in 215% of patients | Inthis Phase 1 Trial
Cardiac failure 13 (36) + Nex-z was generally well tolerated with IRRs being the most
CovID-19 8(22) frequent related AE
Upper respiratory tract infection 7(19)
Atrial fibrillation 6(17) + In the first 8 weeks post-dose, all liver enzyme elevations were

| Urinary tract infection 6(17) transient, generally mild and no elevation was above Grade 2
¥ in 25% 7

Trelat'ment re:a:e: AES(.‘ n 25% of patients 504 + Two patients had AST elevations assessed by investigators as
nfusion-related reaction (14) Sisted Brots
ASpaiiale Smiiciranslease kicreased 2(8) -« One case occurred on Day 1 and the other case

Any AE leading to treatment discontinuation 0 occurred on Day 22 post-dose

| Any SAE? 15 (42) « These elevations peaked at Grade 2 and resolved within

SAEs occurring in 25% of patients approximately 10 days without medical intervention
Cardiac failure 8(22)
Acute myocardial infarction 2(6) Important safety update from Phase 3 MAGNITUDE Trial
Cardiac failure congestive 2(6) |+ Asdisclosed, there have been cases of Grade 4 liver enzyme
Atrial flutter 2(6) elevations (including one patient who subsequently died due to
Urinary tract infection 26) | septic shock secondary to a perfora_ted duodenal ulcer) in the
Fm— 2(6) Phase 3 MAGNITUDE ATTR-CM trial. These cases are under

Any event leading to death® 2 ('1'1") evaluation and enroliment in the trial is currently on hold

nte
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At Month 24, Majority of Patients With ATTRv-PN Experienced
Improvements in mNIS+7

SR

15 mNIS+7 Change From Baseline at Month 24 (Part 2)

***** O EEREEERNEDDN
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mNISeT 68 4 2 8 79 45 7 2 27 79 97 1 43 57 102 46 110 48

The mean change in mNIS+7 at Month 24 was
13/18 (72%) patients had improvements in mNIS+7 which exceeded the clinically meaningful thresl
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Multiple ATTRv-PN Disease-Related Clinical Measures Show
Stability or Improvement Through Month 24
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SR

+ All patients received the intended dose of nex-z

Safety Summary in Patients with ATTRv-PN Treated with Nex-z

Safety Events

At least 1 AE 36 (100) + All IRRs were Grade <2 and resolved
AEs occurring in 215% of patients « Three patients had ALT and/or AST elevations >5x ULN
IRR 21 (58) + No symptoms, changes in hepatic synthetic function,
prolonged prothrombin time, or clinical sequelae; Hy's
Headache 10 (28) Law criteria were not met
Diarrhea 8(22) *+ Onset occurred 24 to 35 days following infusion and all
returned to normal levels without intervention within 31 to
Thyroxine decreased 8(22) 58 days
. + Two patients received an 80mg dose and one patient
J
AST incredsed 6 (17) received a 55 mg dose (selected as the Phase 3 dose)
Any serious AE 11 (31) i X
+ The safety profile in patients with prior disease
Treatment-related SAEs 3(8)y progression on patisiran was comparable to the overall
Death 1(3) study population
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Working to Resolve Clinical Holds on MAGNITUDE and MAGNITUDE-2
Phase 3 Clinical Trials

= =
MAGNITUDE MAGNITUDE-2

ATTR-CM ATTRV-PN
Initiated enrollment: March 2024 Initiated enroliment: April 2025
Patients Enrollment Patients Enrollment
enrolled: target: enrolled: target:

>650 ~1,200 47 ~50

Accruing data from enrolled patients; expect to provide an update after we have
finalized a plan with regulators on the path forward

35 ATTROM: ATTR amylidosis cardiomyopathy; ATTRY-PN: hereditary ATTR amyloidos's polyneuropathy.
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3%

Established CRISPR Leader Working Diligently to Deliver the First
Ever In Vivo Gene Therapies to Patients

Lonvo-z: Nex-z:
A potential one-time treatment A potential one-time treatment for
for HAE ATTR-CM and ATTRv-PN

+ Aiming to free most patients from HAE attacks and Aiming to stabilize or reversing course of disease
ongoing therapy for most patients

+ Rapidly growing multi-billion-dollar market Rapidly growing multi-billion-dollar market

+ Strong interest among patients and physicians Majority of patients enrolled in Phase 3 trials

+ Rapidly approaching Phase 3 topline data; readying + Engaging with regulatory authorities to
for potential commercial launch in first half of 2027 resolve clinical holds

Leveraging our in vivo and ex vivo technology for pipeline expansion efforts and collaborations

Existing capital expected to fund operations into 2027

ATTRCM: ATTR amyloidosis cardomyopathy; ATTR-PN: herediary ATTR amyfoidosis poyneuropathy; CRISPR:

 reguiary interspaced short paindromc repeats; HAE: hereditary angioedema.
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