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WHAT’S NEW

Business Update

Encouraging Anti-Tumor Activity for BXCL701 in mCRPC

On February 11, 2021, BioXcel Therapeutics, Inc. (BTAI) presented updated data for the ongoing Phase 1b/2
clinical trial of BXCL701, the company’s oral innate immune system modulator, at the 2021 ASCO GU
Cancers Symposium. The multicenter, open label trial is designed to determine the safety and efficacy of
BXCL701 used in combination with pembrolizumab in patients with metastatic castration resistant prostate
cancer (MCRPC) with either therapy-induced neuroendocrine (t-NEPC) or adenocarcinoma phenotype
(NCT03910660). A schematic of the trial is shown below, with final efficacy results presented for patients with
adenocarcinoma in the Phase 1b portion of the study and preliminary results presented for patients with
adenocarcinoma in the Phase 2 portion of the study.

Phase 1b/2 Treatment Cycle: 21 Days each Cycle BXCL701BID PO Days 1-14
Pembrolizumab 200 mg(IV) Day 1 (dosed as per package insert)

Phase 1b

BXCL701 Dose Escalation with Expansion (3 + 3) Dependent on DLTs Primary objective for each
Phase 1b ) “~ Phase 2Cohort
Safety Lead-In: BXCL7010.4mgQD BXCL7010.6mgQD BXCL701 0.6 mg splitdose Composite ResponseRate:
+ pembrolizumab +pembrolizumab + pembrolizumab Target>15%
(n=3) (n=3) (n=7) Need >2 composite responses
completed completed completed to proceed toStage 2
BXCL701 Phase 2 Dose = 0.6 mg split dose (0.3 mg BID) Additional objectives:
Phase 2 Dok, PFS, changes i
E cacy Stage' circulating  cytokines  and
Simon 2-stage SC/t-NEPC* Adanocarcinema correlation of outcome with
Power: 0.8, 15 Patients stage | and 13 patients in stage Il Cun‘entlv enro"lng 15 Patients stage | and 13 patients in stage Il baseline tumor characteristics
4 Enrolled 15Enrolled

Type 1 error: 0.05;
P0:15%, P1:35%
Presented herein:
Phase 1bfinal efficacy resultsfor patients with adenocarcinoma
Phase 2 preliminary eficacy and safety results for adenocarcinoma cohort

Source: BioXcel Therapeutics, Inc.

The following table shows the best response for patients in both the Phase 1b (n=7) and Phase 2 (n=15)
portion of the study. For patients in the Phase 1b portion of the study, there was a disease control rate (DCR)
of 100%, with one patient experiencing a partial response (PR) and another three patients experiencing stable
disease (SD). In addition, one patient experienced a PSAso response (50% reduction from peak PSA value).
For the Phase 2 portion of the study, five of the patients were evaluable by RECIST 1.1 and there was a DCR
of 80%. One patient experienced a PSAso response and out of four evaluable patients for circulating tumor
cells (CTC), 1 patient had a response (defined as conversion from 25/7.5 mL to <5/7.5 mL).

Phase 1bPopulation ‘ Phase 2 Population

BestResponse Total =7 Total = 15
n (%) n (%)

RECIST 1.1by Investigator Assessment®
Evaluable 7 5
Measurable 4(57%) 4 (80%)

Best RECIST Response

PR 1(14%) 0
SD(aev dwmation 3(43%) 3(60%)
Including Minor Response 2(40%)
B e a0 stoom
PD 0 1(20%)
PSA
PSA Evaluable® 7 10
PSAs; Response 1(14%) 1(10%)
cTC
CTC Evaluable* 3 a
CTC Response? 0 1(25%)
CompositeResponse 1 of 7 evaluable 1 of 10 evaluable todate

Source: BioXcel Therapeutics, Inc.
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https://d1io3yog0oux5.cloudfront.net/_ac9fee47a6348a3e569d57e5dafd28b9/bioxceltherapeutics/db/503/3661/pdf/BXCL701-201+ASCO+GU+2021+Poster+21-01-21_Final.pdf
https://clinicaltrials.gov/ct2/show/NCT03910660

The following graph shows the best PSA response for patients in both the Phase 1b and Phase 2 portion of
the trial. A total of 6/17 (35%) had any PSA response while 2/17 (12%) had a PSA7 response.
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Source: BioXcel Therapeutics, Inc.
The poster presentation also highlighted a few of the best responders from the trial:

o PID 207: This patient had five prior systemic therapies (bicalutamide, abiraterone+prednisone,
enzalutamide, sipuleucel, docetaxel+cabazitaxel). Thus far, they have received 16 cycles of
BXCL701+pembrolizumab. The patient exhibited a PSA50 response by 6 weeks with a maximum
reduction of 84% (baseline PSA = 163.1 ng/mL). The patient also exhibited a RECIST 1.1 PR by 12
weeks with a 35% reduction in target lesions and the disappearance of 2/5 non-target lymph nodes.

e PID 908: This patient had five prior systemic therapies (leuprolide, sipuleucel, enzalutamide,
docetaxel, cabazitaxel). Thus far, they have received 5 cycles of BXCL701+pembrolizumab. A PSA50
response occurred at 3 weeks and is ongoing at 15 weeks (99% reduction; 25 ng/mL to 0.2 ng/mL).
The patient also experienced a CTC conversion at 3 weeks. Lastly, the patient had a RECIST 1.1
minor response (19% reduction in target lesions) that is ongoing.

e PID 909: This patient had five prior systemic therapies (bicalutamide, leuprolide, enzalutamide,
docetaxel, abiraterone+prednisone). Thus far, they have received 4 cycles of
BXCL701+pembrolizumab. There was a 40% reduction in PSA (111.4 ng/mL to 66.9 ng/mL) at 12
weeks and a RECIST 1.1 minor response (27% reduction in target lesions) that is ongoing.

Regarding safety, the following table shows the reported adverse events that were judged by the investigator
to be related to BXCL701. The majority of events were low grade and a number of them were consistent with
cytokine activation. Grade 3 hypotension was seen in a patient during the first week of treatment, thus step up
dosing was implemented for all new patients for the first week of treatment with 0.2 mg BXCL701 administered
twice a day. Escalation to 0.3 mg twice a day was permitted if no treatment related adverse events Grade >1
or skipped doses due to hypotension or orthostasis occurred during the first week of treatment.

PrEf!rredT!rm “

Grade 1 Grade 2 Grade 3 Total
n n n n

BXCL701 Related Events*

-
~

Subjects with any event 4 13

Hypotension* 1
Fatigue

Nausea

N OR R NN

Dizziness
Vomiting
Rash

Decreased appetite

L N ]

Decreased platelet count
Blood lactic acid increased - - 2
Myalgia
Chills
Fever

Constipation

NN NN NN W W W B B W oW oW

N ONNN R

Dry mouth

Source: BioXcel Therapeutics, Inc.
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Conclusion

The Phase 1b/2 results for BXCL701 in combination with pembrolizumab for the treatment of advanced
prostate cancer are encouraging, particularly the PSA responses seen in heavily pretreated patients who have
few treatment options available. We look forward to additional updates from the trial later in the year. At this
point the majority of the company’s value is based on the potential for BXCL501, however based on the Phase
1b/2 results we have increased the contribution of BXCL701 to our model, which has slightly increased our
valuation to $145.
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PROJECTED FINANCIALS

BioXcel Therapeutics, Inc. 2019 A Q1A Q2A Q3 A Q4 E 2020 E 2021 E 2022 E
BXCL501 $0 $0 $0 $0 $0 $0 $0 $113
BXCL701 $0 $0 $0 $0 $0 $0 $0 $0
Other Income $0 $0 $0 $0 $0 $0 $0 $0
Total Revenues $0 $0 $0 $0 $0 $0 $0 $113
Cost of Sales $0 $0 $0 $0 $0 $0 $0 $4
Product Gross Margin - - - - - - - -
Research & Development $25.8 $12.4 $17.9 $16.3 $11.0 $57.6 $45.0 $47.0
General & Administrative $7.8 $2.6 $3.5 $8.5 $2.8 $17.4 $12.0 $40.0
Other (Income) Expense $0.0 $0.0 $0.0 $0.0 $0.0 $0.0 $0.0 $0.0
Operating Income ($33.6) ($15.0) ($21.4) ($24.8) ($13.8) ($75.0) ($57.0) $22.0
Operating Margin - - : : . . : )
Non-Operating Expenses (Net) $0.6 $0.1 $0.0 $0.0 $0.1 $0.2 $1.0 $1.0
Pre-Tax Income ($33.0) ($15.0) ($21.5) ($24.8) ($13.7) ($74.8) ($56.0) $23.0
Income Taxes $0.0 $0.0 $0.0 $0.0 $0.0 $0 $0 $0
Tax Rate 0% 0% 0% 0% 0% 0% 0% 0%
Net Income ($33.0) ($15.0) ($21.5) (524.8) ($13.7) ($74.8) ($56.0) $23.0
Net Margin - - - - - - - -
Reported EPS (52.02) ($0.79) ($1.06) ($1.07) ($0.56) ($3.45) ($2.24) $0.88
YOY Growth -
Basic Shares Outstanding 16.3 19.0 20.3 23.1 24.4 21.7 25.0 26.0

Source: Zacks Investment Research, Inc.

© Copyright 2021, Zacks Investment Research. All Rights Reserved.

David Bautz, PhD




. HISTORICAL STOCK PRICE

Source: Zacks SCR
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