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This presentation and the accompanying oral presentation contain “forward-looking” statements within the meaning of the safe harbor provisions of the U.S. Private 
Securities Litigation Reform Act of 1995. Forward-looking statements can be identified by words such as:  "anticipate," "intend," "plan," "goal," "seek," "believe," 
"project," "estimate," "expect," "strategy," "future, "likely," "may," "should," "will" and similar references to future periods. Examples of forward-looking statements 
include, among others, statements we make regarding our future financial performance, business plans and objectives, timing and success of our clinical trials, our 
ability to obtain regulatory approval or the timing of regulatory filings, the potential therapeutic benefits and economic value of our lead product candidates, financing 
plans, competitive position, industry environment and potential market opportunities.

Forward-looking statements are neither historical facts nor assurances of future performance. Instead, they are based only on our current beliefs, expectations and 
assumptions regarding the future of our business, future plans and strategies, projections, anticipated events and trends, the economy and other future conditions. 
Because forward-looking statements relate to the future, they are subject to inherent uncertainties, risks and changes in circumstances that are difficult to predict and 
many of which are outside of our control. Our actual results and financial condition may differ materially from those indicated in the forward-looking statements. 
Therefore, you should not rely on any of these forward-looking statements. Important factors that could cause our actual results and financial condition to differ 
materially from those indicated in the forward-looking statements include, among others, the following: those related to our future financial performance, our ability to 
raise additional funding when needed, our ability to develop and maintain partnerships, our ability to identify and develop new products in a timely manner, the 
outcome, cost and timing of our product development activities and clinical trials, market size and acceptance of our products, our ability to maintain, protect and 
enhance our brand and intellectual property, our ability to continue to stay in compliance with applicable laws and regulations, our ability to scale our business and 
make key hires and such other factors as discussed under the section titled “Risk Factors” and elsewhere in our Annual Report on Form 10-K, definitive proxy 
statement and quarterly reports on Form 10-Q that we file with the Securities and Exchange Commission (“SEC”) as well as our other filings and the documents 
incorporated by reference therein, with the SEC. 

Any forward-looking statement made by us in this presentation and the accompanying oral presentation 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 may be derived 
from information provided by industry sources. We believe such information is accurate and that the sources from which it has been obtained are reliable. However, 
we cannot guarantee the accuracy of, and have not independently verified, such information.

This presentation shall not constitute an offer to sell or the solicitation of an offer to buy, nor shall there be any sale of these securities in any state or other 
jurisdiction in which such offer, solicitation or sale would be unlawful prior to registration or qualification under the securities laws of any such state or other 
jurisdiction.

Forward-Looking Statements
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KVD900: Phase 2 Clinical Trial Design
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• 53 Type I and II HAE patients at 25 sites in the United States and Europe

• Part 1: All patients receive a single dose of KVD900 in clinic for PK/PD assessment

• Part 2: All patients randomized to treat the first attack with either KVD900 or 
placebo and then treat a second attack with the alternative treatment

Single dose 
of 600 mg

Placebo600 mg

600 mg

Part 1
In clinic (not during attack)

Part 2
At home

• Dosed within one hour of start of attack
• Symptom severity monitored for 24 hours

Placebo Primary endpoint: 
Time to rescue with 
conventional attack 

treatment



PK Profile in HAE Patients is Similar to Healthy Volunteers

• Part 1, open label dose of KVD900 in 
HAE patients
‒ No food restriction prior to dosing

• Pharmacokinetic profile similar to
profile obtained in fasted, healthy 
volunteers
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KVD900: Phase 2 Clinical Trial Endpoints

• Primary endpoint
‒ Time to use of conventional attack treatment (rescue) within 12 hours

• Secondary endpoints
‒ Time to symptom relief within 12 hours of study drug on the Patient Global Impression 

of Change (PGI-C)
‒ Time to symptom relief within 12 hours of study drug on the Visual Analogue Scale 

(VAS)
‒ Time to worsening on the Patient Global Impression of Severity (PGI-S) or use of 

rescue within 12 hours of study drug
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Patient Disposition & Demographics

• 68 randomized
‒ 53 completed

‒ 1 withdrew consent

‒ 14 did not treat 2 attacks due to completion of trial

‒ No AE withdrawals

• Exposure to Study Drug
‒ 126 doses of 600 mg KVD900

• 68 in Part 1

• 58 in Part 2

‒ 55 doses of Placebo

‒ Median time to trial drug administration from start of attack: 30 min

Demographic Characteristics
n = 68

Age
mean (SD)
Range

38.3 (13.23 )
19 – 68 

Gender (m/f)
n
(%)

31/37
(45.6/54.4)

BMI (kg/m2)
mean (SD)
range

27.3 (5.47)
18.8 – 40.9 

Type I / II
n (%) 68 (100%)
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Trial Meets its Primary Endpoint

• KVD900 significantly reduced use of 
rescue within 12 hours: p=0.001*
‒ Placebo 30.2%

‒ KVD900 15.1%

• Efficacy maintained at 24 hours
‒ p=0.0005*

*Gehan’s Generalized Wilcoxon Test7
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KVD900 Speeds Symptom Relief: Impression of Change 

• KVD900 treated attacks achieved symptom 
relief more quickly: p<0.0001*

‒ Patient Global Impression of Change (PGI-C)

‒ Primary endpoint Ruconest phase 3

• Median time to symptom relief

‒ KVD900 1.6 hours

‒ Placebo 9 hours

*Gehan’s Generalized Wilcoxon Test8
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Symptom Relief Compared to Ruconest (rC1-INH)
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KVD900
Placebo

• Time to symptom relief

‒ KVD900 1.6 hours

‒ Ruconest 1.5 hours

• Ruconest is administered 
by intravenous injection

Ruconest data from Charles M. Maplethorpe, MD, PhD. Clinical Reviewer. Summary Basis of Approval, Recombinant C1 Esterase Inhibitor, STN: 125495/0. 
The results of the trials for KVD900 and Ruconest may not be directly comparable, as they are not from a single head-to-head clinical trial.



KVD900 Speeds Symptom Relief: Composite VAS

• KVD900 treated attacks achieved 
symptom relief more quickly: p<0.0001*

‒ Composite VAS (abdominal pain, skin 
pain and skin swelling)

• Median time to onset of symptom relief

‒ KVD900 6 hours

‒ Placebo >12 hours**

*Gehan’s Generalized Wilcoxon Test; **Data censored at 12 hours10

0 4 8 12
0

20

40

60

80

100

Time (h)

%
 w

ith
 S

ym
pt

om
 R

el
ie

f KVD900
Placebo

Symptom relief defined as 50% reduction in 
composite VAS score for three consecutive 

time points



KVD900 Improves Cumulative Severity by Composite VAS

• Reduced cumulative severity by 
composite VAS over 12 hours 
(p=0.0008*) and 24 hours (p=0.0005*)

‒ Time- and baseline-adjusted AUC

‒ Excludes assessments Post-Rescue
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*ANOVA with fixed effects of treatment, sequence and HAE Attack (1st or 2nd) and subject nested within sequence as a random effect.



KVD900 Compared to Firazyr (icatibant)
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• KVD900 mean baseline VAS 20.7mm

• Icatibant baseline VAS ~40mm

• Early intervention with KVD900 leads 
to lower severity

‒ Key benefit of oral therapy

‒ Consistent with modern HAE treatment 
recommendations

KVD900

Firazyr data from Lumry et al., Ann Allergy Asthma Immunol. 2011;107:529 –537. The results of the trials for KVD900 and Firazyr may not be directly 
comparable, as they are not from a single head-to-head clinical trial.



Summary of Topline Outcomes 
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*Gehan’s Generalized Wilcoxon Test; **ANOVA with fixed effects of treatment, sequence and HAE Attack (1st or 2nd) and subject nested within sequence as a random 
effect; ***Data censored at 12 hours

KVD900 Placebo p value

Rescue
Use of rescue within 12h*
Use of rescue within 24h*

15.1%
20.8%

30.2%
39.6%

0.001
0.0005

PGI-S
Time to Worsening or rescue within 12h*
Cumulative Symptom Relief over 12h**
Cumulative Symptom Relief over 24h**

>12h*** 3.0h <0.0001
0.0024
0.0036

PGI-C
Time to Symptom Relief within 12h*
Cumulative Symptom Relief over 12h**
Cumulative Symptom Relief over 24h**

1.6h 9.0h <0.0001
0.005
0.0036

VAS
Time to Symptom Relief within 12h*
Cumulative Symptom Relief over 12h**
Cumulative Symptom Relief over 24h**

6.0h >12h*** <0.0001
0.0008
0.0005



Related Treatment Emergent Adverse Events*

*Within 48 hours of trial drug administration

Part 1
KVD900

N=68

Part 2
KVD900

N=58

Part 2
Placebo

N=55

Total (events/patients) 8 / 5 (7.4%) 3 / 3 (5.2%) 2 / 2 (3.6%)

Gastrointestinal Disorders
Abdominal Pain Upper
Anal Incontinence
Nausea

1 / 1 (1.5%)
-
-

1 / 1 (1.5%)

1 / 1 (1.7%)
1 / 1 (1.7%)

-
-

1 / 1 (1.8%)
-

1 / 1 (1.8%)
-

General Disorders
Malaise

1 / 1 (1.5%)
1 / 1 (1.5%)

-
-

-
-

Musculoskeletal Disorders
Back Pain

1 / 1 (1.5%)
1 / 1 (1.5%)

1 / 1 (1.7%)
1 / 1 (1.7%)

-
-

Nervous System Disorders
Dizziness
Headache

3 / 3 (4.4%)
1 / 1 (1.5%)
2 / 2 (2.9%)

1 / 1 (1.7%)
-

1 / 1 (1.7%)

1 / 1 (1.8%)
-

1 / 1 (1.8%)

Vascular Disorders
Flushing

2 / 2 (2.9%)
2 / 2 (2.9%)

-
-

-
-
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KVD900 Phase 2 Clinical Trial Conclusions

• All trial endpoints were statistically significant
‒ Primary endpoint p=0.001

‒ Secondary endpoints all p<0.0001

• KVD900 rapidly suppresses circulating plasma kallikrein, halts attack progression, 
reduces symptoms and improves patient well-being

• KVD900 enables early intervention and improved treatment outcomes
‒ Efficacy profile is fast and comparable with current injectable products

‒ Patients feel better and symptoms resolve quickly with KVD900

• KVD900 is generally safe and well tolerated

• Next step is FDA end of Phase 2 meeting followed quickly by Phase 3 trial initiation
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