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Forward Looking Statements
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This presentation has been prepared by Q32 Bio Inc. ("we", "us," "our," "Q32" or the "Company") and is made for informational purposes only. The information set forth herein does 
not purport to be complete or contain all of the information you may desire. Statements contained herein are made as of the date of this presentation unless stated otherwise, and 
this presentation shall not under any circumstances create an implication that the information contained herein is correct as of any time after such date or that information will be 
updated or revised to reflect information that subsequently becomes available or changes occurring after the date hereof. This presentation contains forward-looking statements 
within the meaning of the U.S. Private Securities Litigation Reform Act of1995. Forward-looking statements can be identified by words such as "may," "will," "should," "would," 
"expect," "anticipate," "plan," "likely," "believe," "estimate," "project," "intend," "potential," and similar expressions regarding future periods. These forward-looking statements 
include, but are not limited to, our beliefs, observations, expectations and assumptions regarding the topline data from the SIGNAL-AA Phase 2a and the safety, tolerability, clinical 
activity including biomarker data, potential efficacy and potential benefits of bempikibart, plans and expectations for Part B of the SIGNAL-AA Phase 2a clinical trial, the expectations 
surrounding the potential, safety, efficacy, and regulatory and clinical progress of Q32's product candidates, including bempikibart, and anticipated milestones, data readouts and 
timing, among others. Statements that are not historical facts are forward-looking statements. Forward-looking statements are based on current beliefs and assumptions that are 
subject to risks and uncertainties and are not guarantees of future performance. Actual results could differ materially from those contained in any forward-looking statement as a 
result of various factors, including, without limitation: the Company's need for additional funding, which may not be available; failure to identify additional product candidates and 
develop or commercialize marketable products; the early stage of the Company's development efforts; potential unforeseen events during clinical trials could cause delays or other 
adverse consequences; risks relating to the regulatory approval process; interim, topline and preliminary data may change as more patient data become available, and are subject to 
audit and verification procedures that could result in material changes in the final data; Q32's product candidates may cause serious adverse side effects; inability to maintain our 
collaborations, or the failure of these collaborations; our reliance on third parties, including for the manufacture of materials for our research programs, preclinical and clinical 
studies; failure to obtain U.S. or international marketing approval; ongoing regulatory obligations; effects of significant competition; unfavorable pricing regulations, third-party 
reimbursement practices or healthcare reform initiatives; product liability lawsuits; securities class action litigation; the impact of the COVID-19 pandemic and general economic 
conditions on our business and operations, including our preclinical studies and clinical trials; the possibility of system failures or security breaches; risks relating to intellectual 
property and our ability to protect our patents and other proprietary rights; significant costs incurred as a result of operating as a public company; as well as those risk and 
uncertainties set forth more fully under the caption "Risk Factors" in our Quarterly Report on Form 10-Q for the quarter ended September 30, 2024 as well as other risks detailed in 
our subsequent filings with the United States Securities and Exchange Commission. Any forward-looking statement made by us is based only on information currently available to us 
and speaks only as of the date on which it is made. We undertake no obligation to publicly update any forward-looking statement, whether written or oral, that may be made from 
time to time, whether as a result of new information, future developments or otherwise. Certain information contained in this presentation relates to or is based on studies, 
publications, analyses, surveys and other data obtained from third-party sources and the Company's own internal estimates and research. While the Company believes these third-
party sources to be reliable as of the date of this presentation, it has not independently verified, and makes no representation as to the adequacy, fairness, accuracy or completeness 
of, any information obtained from third-party sources. In addition, all of the market data included in this presentation involves a number of assumptions and limitations, and there 
can be no guarantee as to the accuracy or reliability of such assumptions. Finally, while we believe our own internal research is reliable, such research may not have been verified by 
any independent source.



Alopecia Areata Has Life-Altering Impact and Current Treatment Options Are Limited
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1Benigno M, et al. Clin Cosmet Investig Dermatol. 2020 Apr 1;13:259–266 
2https://www.accessdata.fda.gov/drugsatfda_docs/label/2022/207924s006lbl.pdf, https://www.accessdata.fda.gov/drugsatfda_docs/label/2023/215830s000lbl.pdf, https://www.accessdata.fda.gov/drugsatfda_docs/label/2024/217900s000lbl.pdf

700K people living with AA in the U.S.

Often manifesting before age 50

Up to 40% become chronic, 
including complete loss of 
scalp and/or body hair

Severity of disease and long 
duration of episode each 
associated with lower rates of 
treatment response

Olumiant approved in 2022, Litfulo approved 
in 2023, Leqselvi approved in 2024: all carry 

class-wide Black Box Warning2

Durable, long-term remission would be transformative
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Bempikibart: Bifunctional IL-7Rα Antagonist Antibody That Blocks IL-7 and TSLP Signaling

44

IL-7 receptor
Provides novel mechanism 

for rebalancing Teff/mem         
and Treg function

TSLP receptor
Central regulator of dendritic 

cell differentiation,                 
Th2 cytokine production

Favorable PK and Receptor Occupancy observed in Phase 2
Robust changes in clinical biomarkers indicative of potent IL-7 and TSLP inhibition



SIGNAL-AA First-in-Patient Observations of Durable Response Supported by Broad 
Literature Describing IL-7 Mechanistic Modulation of Teff/mem cells
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SIGNAL-AA Phase 2a "Part A": POC Study in Patients with Alopecia Areata 
Study Design

Bempikibart (n=33) 
200 mg Q2W

Placebo (n=81)8 
Q2W
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Efficacy and Safety 
Follow-Up

Part A

Week 24

• First study in AA patients
• Key Inclusion/Exclusion Criteria 

• Severe/Very Severe Alopecia 
Areata (SALT 50-100)

• No other forms of Alopecia
• Duration of current episode     

>6 months and <10 years
• Prior use of JAKi allowed with 

appropriate wash-out
• Primary endpoint: % change from 

baseline in SALT score at Week 24

Design Elements

Week 0 Week 36

Dosing
24 Weeks

Follow Up
12 Weeks

1. Analysis excludes 3 placebo subjects from a single site who were in major violations of inclusion criteria. 
6



SIGNAL-AA Part A: Demographics
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Characteristics Per Protocol Population (PP) Modified Intent To Treat Population (mITT)

Bempikibart 200 mg 
(N=23)

Placebo 
(N=4) Total (N=27) Bempikibart 200 mg 

(N=33)
Placebo 
(N=81) Total (N=41)

Age (years), Mean (SD) 47.7  (11.3) 59.8 (11.9) 49.5 (12.0) 48.8 (10.2) 46.9 (11.1) 48.5 (11.4)

Sex, n (%)
Female

19 (82.6) 2 (50) 21 (75.6) 27 (81.8) 4 (50) 31 (75.6)

Race, n (%)
Asian

Black or African American
White
Others

1 (4.3)​
7 (30.4)​

13 (56.5)​
2 (8.6)​

0 (0.0)
1 (25.0)
3 (75.0)
0 (0.0)

1 (3.7)
8 (29.6)

16 (59.2)
2 (7.4)

1 (3.0)
10 (30.3)
19 (57.6)

3 (9.0)

1 (12.5)
3 (37.5)
4 (50)
0 (0.0)

2 (4.8)
13 (31.7)
23 (56.0)

3 (7.2)

Baseline SALT Score
Mean (SD)

75.8 (20.4)​ 88.4 (22.5) 77.7 (20.7) 74.9 (20.3) 81.9 (21.0) 76.3 (20.4)

Baseline SALT score, n (%)
≥50 to <95
≥95 to 100

15 (65.3)​
8 (34.7)

1 (25)
3 (75)

16 (59.3)
11 (40.7)

22 (66.7)
11 (33.3)

4 (50)
4 (50)

26 (63.4)
15 (36.6)

Duration (months) current episode
Mean (SD)

62 (36.7) 39.3 (20.5) 58.7 (35.4) 65.8 (34.8) 61.9 (30.5) 65.0 (33.7)

1. Analysis excludes 3 placebo subjects from a single site who were in major violations of inclusion criteria. 



**P<0.05
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SIGNAL-AA: Part A SALT Data Through Week 36 Showed Continued Benefit Over Time 
Supporting Potential for Durable Effect Following Dosing Cessation
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SALT Percentage Change Over Time
(SIGNAL AA, PP 1 2 3)

1Analysis excludes 3 placebo subjects from a single site who were in major violations of inclusion criteria. Step down between mITT to Per Protocol: 10 early terminations, 2 missed week 24 visit, 1 missed multiple doses, 1 major 
hairstyle change. 2 2 discontinued or LTFU by wk26, 3 discontinued or LTFU by wk36. 3 Data as of database lock date 02/05/2025
*p < 0.05 vs placebo on primary end point of percentage change from baseline at 24 weeks by Wilcoxon Rank Sum test, 1-sided
**P < 0.05 vs placebo at 24 weeks by Mann-Whitney Rank Sum Test, 1-sided, with missing values included as collected

SALT Percentage Change Over Time
(SIGNAL AA, mITT 1 2 3)

Mean SALT reduction continues after dosing cessation, consistent with predicted MOA 
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Bempikibart Demonstrated Impressive Improvement on SALT Reduction at Week 24 
Shows Continued Effects After Dosing Cessation through Week 36 
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PK: pharmacokinetics; pts: patients; SALT: Severity of Alopecia Tool. 
1 Analysis excludes 3 placebo subjects from a single site who were in major violations of inclusion criteria. 
2 Mean trough concentration of bempikibart above 5 µg/ml; 3 Mean trough concentration of bempikibart below 5 µg/ml
4 2 discontinued or Lost to follow-up (LTFU) by Week 26, 2 discontinued or LTFU by Week 36 
5 Placebo-adjusted   6 1 withdraw from the study by week 26     7 2 discontinued or LTFU by Week 36 ; 81 LTFU by week 30

Patients with baseline SALT 50-100, PP1 Week 24
Plasma PK > Threshold

N=23 Dosing 
Cessation

Week 262

Plasma PK > Threshold
N=21

Week 363

Plasma PK < Threshold
N=194

Mean SALT Score % ∆ 16.3% 18.2% 19.9%
SALT 30 (% pts)5 17.4% 19.0% 36.8%

SALT Score ≤20 (% pts)5 9.0% 14.3% 5.3% 

Patients with baseline SALT 50-95, PP1 Week 24
N=15 Dosing 

Cessation

Week 26
N=146 

Week 36
N=137

Mean SALT Score % ∆ 24.5% 26.6% 27.8%
SALT 30 (% pts)5 26.7% 28.6% 53.8%

SALT Score ≤20 (% pts)5 13.3% 21.4% 7.7%

Patients assigned to Placebo 
(baseline SALT 50-100), PP1

Week 24
N=4 Dosing 

Cessation

Week 26
N=4

Week 36
N=38

Mean SALT Score % ∆ 2.5% 2.4% 8.9%
SALT 30 (% pts)5 0.0% 0.0% 0.0%

SALT Score ≤20 (% pts)5 0.0% 0.0% 0.0%



SIGNAL-AA Case Study - Severe AA with 4.5 Year Episode: Response through Week 42 
Supports Potential for Durable Hair Regrowth with Bempikibart Treatment

Durable Response and Additional Growth at Week 42
10

 52-year-old female
 Duration of episode: 4.5 years
 Baseline SALT: 56 (Severe) 
 SALT (Week 24): 10.5 
 SALT (Week 36): 4 
 SALT (Week 42): 2

Baseline Week 24 Week 36 Week 42



SIGNAL-AA Examples of Continued Response 7 Months Post Dosing Cessation:              
Supports Potential for Remittive Effect with Bempikibart Treatment
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7 months post 
last dose with 
no additional 
concomitant  
treatments

Case 1
 61-year-old female 
 Duration of Episode: 3.1 years
 Baseline SALT: 98.2 (Very Severe)
 SALT (Week 36): 88.4
 SALT (Week 54): 8

Patients with significant hair regrowth after dosing with maintenance of effect ~7 months after 
last dose support potential for paradigm changing approach

Baseline Week 24 Week 36 Week 57

Case 2
 32-year-old female
 Duration of episode: 9 months
 Baseline SALT: 61.1 (Severe)
 SALT (Wk 36): 35.3
 SALT (Wk 55): 23.6

Baseline Week 24 Week 36 Week 55

7 months post 
last dose with 
no additional 
concomitant  
treatments



Potential for Bempikibart to Induce Durable Responses Supported by 
Longer-Term Follow-Up 

• A patient contacted sponsor with post-study hair growth requesting expanded access

• Sponsor contacted all site investigators regarding patient follow-up 

• Of patients who responded that completed the treatment period and showed a SALT response during the 
trial (n=12), all achieved maintenance of response or further hair growth in the post treatment period

• For these 12 subjects, median follow-up to date 41 weeks; 17 weeks post last treatment
• 7/12 achieved additional hair growth by SALT assessment post treatment

• Data collection ongoing and Open Label Extension expected to begin 1H'25

12



SIGNAL AA: Overall Summary of Treatment Emergent Adverse Events Through Week 36
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Abbreviations: AA: alopecia areata;  AE: adverse event; CTCAE: Common Terminology Criteria for Adverse Events;  TEAE: treatment-emergent adverse event.
1 Participants experiencing multiple AEs were counted only once under the greatest reported relationship with study treatment.
2 Participants experiencing multiple AEs were counted only once under the worst reported severity for each treatment group.
 1 Grade 1 Mild Lymphopenia is reported in Bempikibart 
 No related viral infections are reported in Bempikibart

Bempikibart Demonstrated Favorable Safety and Tolerability Profiles with 
No Grade 3 or Higher Related Adverse Events

Bempikibart1

(N = 33)
n (%) [# Events]

Placebo
(N = 8)
n (%) [# Events]

Participants with at least 1 TEAE 23 (70%) [108] 3 (38%) [9]
Participants with at least 1 TEAE by greatest reported relationship with study treatment
Not related 6 (18%) [12] 0 [0]
Related 17 (52%) [51] 3 (38%) [4]

Participants with at least 1 TEAE by worst reported severity CTCAE grade 2

Grade 1 - Mild 10 (30%) [24] 2 (25%) [6]
Grade 2 - Moderate 11 (33%) [25] 1 (13%) [1]
Grade 3 – Severe (1 patient acute myocardial infarction – not related) 1 (3.0%) [3] 0 [0]
Grade 4 - Life threatening (1 patient nut allergy  - not related) 1 (3.0%) [1] 0 [0]
Grade 5 - Death 0 [0] 0 [0]



SIGNAL-AA Phase 2a: Part A and Part B Study Designs
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Bempikibart (target ~20 evaluable) Efficacy and
Safety

Follow-UpMaintenance Dose 200 mg
Q2W (32-weeks)
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Efficacy and 
Safety Follow-Up

Part A

Part B

Week 24

Efficacy Objectives
• Mean percentage change from baseline to week 36 in SALT 
• Proportion of subjects achieving various relative and absolute SALT 

improvements

Week 36 Part B
• Key Inclusion/Exclusion Criteria

• Severe/Very Severe              
(SALT 50-100)

• Duration of current episode   
>6 months and <4 yrs

• Exclusion of JAK inhibitors same 
as Part A

• Design Modifications from Part A
• Loading regimen: designed to 

accelerate PK/PD dynamics to 
maximize clinical activity

• Longer dosing: 36-weeks
• Longer follow-up: 52-weeks

Part ADesign Elements

Open-Label Extension
(OLE) in Eligible 

Patients

Primary Endpoint

Percent change from baseline in SALT score at Week 24

Loading Regimen
200 mg Weekly (4-weeks)

Bempikibart (n=33) 

200 mg Q2W (24-weeks)
Placebo (n=11) 

Q2W (24-weeks)

Week 0
Dosing 

36 Weeks Week 36
Follow-up
16 Weeks Week 52

14



Summary: Maturing SIGNAL-AA Data Supports Potentially Differentiated Profile in 
Alopecia Areata

15

• Hair regrowth with durable response supports potential for transformative paradigm; extensive MOA literature 
supports potential long-term durability of effect post-dosing cessation

• Response to bempikibart observed in severe and very severe populations
• Response in patients with long current episode duration

• Mean current episode duration in SIGNAL-AA: 5-6 years, substantially longer than prior JAK trials (2.5-4 years)1,2,3

• Literature suggests response rates drop by 50% or more in patients with a current episode >4 years4,5

• All treatment-related events were mild or moderate
• No new safety signals
• No safety findings related to expected, on-mechanism lymphocyte reduction
• No related infections

1King, B. Br J Dermatol 2023; 189:666–673, 2https://labeling.pfizer.com/ShowLabeling.aspx?id=19638, 3 https://www.accessdata.fda.gov/drugsatfda_docs/label/2024/217900s000lbl.pdf, 4Peeva E, et
al. AAD 2019, S034 Late-breaking Research: Clinical Trials Sponsored by Pfizer, 5King B. World Congress of Dermatology 2023. Sponsored by Eli Lilly and Company

https://www.accessdata.fda.gov/drugsatfda_docs/label/2024/217900s000lbl.pdf


Thank you to all the clinical trial 
investigators and patients in the 

SIGNAL-AA trial

Thank you to the American 
Academy of Dermatology for 

the opportunity to share these 
data today
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