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Disclaimers
Forward-Looking Statements
Certain statements in this presentation may constitute “forward-looking statements” within the meaning of the Private Securities Litigation Reform Act of 1995, as amended. Forward-looking statements include, but are 
not limited to, express or implied statements regarding expectations, hopes, beliefs, intentions or strategies of Korro Bio, Inc. (Korro) regarding the future including, without limitation, express or implied statements 
regarding: Korro’s planned regulatory filing for KRRO-110 in AATD and any interim data readout; Korro’s ability to advance its pipeline and the role of RNA editing technology in developing therapeutic options; KRRO-
110’s potential as a best-in-class drug candidate for AATD; the benefits of OPERA; among others. In addition, any statements that refer to projections, forecasts, or other characterizations of future events or 
circumstances, including any underlying assumptions, are forward-looking statements. The words “anticipate,” “believe,” “continue,” “could,” “estimate,” “expect,” “intend,” “may,” “might,” “plan,” “possible,” 
“potential,” “predict,” “project,” “should,” “strive,” “would,” “aim,” “target,” “commit,” and similar expressions may identify forward-looking statements, but the absence of these words does not mean that statement is 
not forward looking. Forward-looking statements are based on current expectations and assumptions that, while considered reasonable are inherently uncertain. New risks and uncertainties may emerge from time to 
time, and it is not possible to predict all risks and uncertainties. Factors that may cause actual results to differ materially from current expectations include, but are not limited to, various factors beyond management’s 
control including risks inherent in biopharmaceutical development; risks associated with pre-clinical studies and clinical trials; and other risks associated with obtaining regulatory approvals and protecting intellectual 
property; as well as risks associated with general economic conditions; the possibility that Korro may be adversely affected by other economic, business, and/or competitive factors; other risks and uncertainties 
indicated from time to time in Korro’s filings with the SEC, including Item 1A. “Risk Factors” in Korro’s Quarterly Report on Form 10-Q filed with the SEC on August 13, 2024, as such may be amended or supplemented by 
its other filings with the SEC. Nothing in this presentation should be regarded as a Part II representation by any person that the forward-looking statements set forth herein will be achieved or that any of the 
contemplated results of such forward-looking statements will be achieved. You should not place undue reliance on forward-looking statements in this presentation, which speak only as of the date they are made and 
are qualified in their entirety by reference to the cautionary statements herein. Except as required by law, Korro does not undertake or accept any duty to release publicly any updates or revisions to any forward-looking 
statements to reflect any change in their expectations or in the events, conditions or circumstances on which any such statement is based. This presentation does not purport to summarize all of the conditions, risks 
and other attributes of an investment in Korro.

Industry and Market Data
Certain information contained in this Presentation relates to or is based on studies, publications, surveys and Korro’s own internal estimates and research. In this Presentation, Korro relies on, and refers to, publicly 
available information and statistics regarding market participants in the sector in which Korro competes and other industry data. Any comparison of Korro to any other entity assumes the reliability of the information 
available to Korro. Korro obtained this information and statistics from third-party sources, including reports by market research firms and company filings. In addition, all of the market data included in this 
Presentation involve a number of assumptions and limitations, and there can be no guarantee as to the accuracy or reliability of such assumptions. Finally, while Korro believes its internal research is reliable, such 
research has not been verified by any independent source and neither Frequency nor Korro has independently verified the information.

Trademarks
This Presentation may contain trademarks, service marks, trade names and copyrights of other companies, which are the property of their respective owners. Solely for convenience, some of the trademarks, service 
marks, trade names and copyrights referred to in this Presentation may be listed without the TM, SM © or ® symbols, but Frequency and Korro will assert, to the fullest extent under applicable law, the rights of the 
applicable owners, if any, to these trademarks, service marks, trade names and copyrights.
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O U R  V I S I O N :

Create transformative 
genetic medicines for 
diseases with high 
prevalence
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Causal Missense Variants Have Been Identified in Both Rare and 
Common Diseases

* Adapted from Nature Volume 577, pages 179–189 (2020)

Need for an approach to transiently edit variants to modify biology and alleviate pathology

*

https://protect.checkpoint.com/v2/___https://www.nature.com/___.YzJ1OnBhdWxiYWtlcm5vdGlmaWVkY29tOmM6bzphNWI5ZjVmMTQxODNiNjgzZTBlYzhjMjIyYTg3OWRiYjo2OmIwNjY6NzQ1ZmU1ODNmN2NkYTNjZjAyM2FkNjcxMTdmZjk5MDY4ZWMwM2RlYWViZjkwNTE4ZjllY2Q4NGYyODBiNGYxYjpwOkY6Tg
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RNA editing is a ubiquitous and critical natural biochemical function

RNA editing is essential for life
• Deamination of A-to-I; I is read as G during 

translation

• Ubiquitous post-transcriptional modification

• >1000 RNA edits observed in human 
transcriptome

• Key biological functions include:

• Ion channel maturation

• Immune response 

• Hepatocyte development

• RNA splicing regulation

Adapted from de Sousa et al., Int J Mol Sci 2019

A → G Editing Active Across Numerous Tissues

Adapted from Nishikura, Nat Rev Mol Cell Bio 2016

No deaminase 
activity

Editing varies by 
target within tissues, 

with some natural 
transcripts edited at 

nearly 100%
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Gen 1.0: 
A single-stranded, anti-sense 
oligonucleotide RNA editor

High target efficiency

High target specificity

Computational efficiency

Leveraging chemistry

Leveraging delivery

CHORD™

Designed to have…

Customized High-fidelity Oligonucleotides for RNA Deamination (CHORDTM)
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High Efficiency: Machine Learning-Driven optimal designs across targets

Designed Screening 
Set & Editing 

Readout 

Identification of optimal sequences across multiple targets
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Leveraging Delivery: Fit-for-Purpose Based on Target Product Profile
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Delivering a Potential Best-in-Class Candidate

Alpha 1 Anti-trypsin Deficiency (AATD)
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AATD Caused by a Single Missense (G-to-A) Mutation in SERPINA1 
Gene in the Liver

Note: AAT protein is encoded by the gene SERPINA1. The E342K mutation (G to A) in SERPINA1 (Z allele) is the most frequent mutation and causes severe lung and liver disease
*Z-AAT not as active as M-AAT
**Source: Alpha-1 Foundation. Numbers reflected here are carrier of ZZ genotypes

Minimal inhibition 
of lung neutrophil  

elastase

Reduced levels of 
Z-AAT secreted

Mutated AAT polymerizes 
and aggregates in liver cells

ZZ Genotype
(fibrotic liver and decreased lung function)

Normal levels of 
M-AAT secreted

Inhibits neutrophil 
elastase in the lung

M-AAT
MM Genotype
(normal liver and lung)

Z-AAT*

~100K PiZZ adult patients in U.S.** 



11

KRRO-110 Designed to Correct the Pathogenic Z-AAT Protein to M-AAT 
Protein in Preclinical Models

SERPINA1 mRNA
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CHORD

KRRO-110

CHORD encapsulated 
in an LNP

Human 
Liver

Editing

M-AAT Secreted Z-AAT Secreted

IV DELIVERY

Edited SERPINA1 Remaining mutant 
SERPINA1

Endogenous ADAR

I

A
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Editing in hepatocyte like cells (HLCs)1
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Note: Data represented as average values +/- SEM
1 HLCs derived from ZZ patient, transfected with RNAiMAX with 1U/uL of IFN, editing measured 48-hours post transfection via amplicon-seq
2 Primary hepatocytes from MZ donor, free-uptake of LNP, editing measured 48-hours post uptake via amplicon-seq

KRRO-110 Demonstrated >50% Editing in In Vitro  Systems with the Z Genotype
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ACCTATGATCTGAAGAGCGTCCTGGGTCAACTGGGCATCACTAAGGTCTTCAGCAATGGGGCTGACCTCTCCGGGGTCACAGAGGAGGCACCCCTGAAGCTCTCCAAGGCCGTGCATAAGGCTGTGCTGACCATCGACAAGAAAGGGACTGAAGCTGCTGGGGCCATGTTTTTAGAGGCCATACCCATGTCTATCCCCCCCGAGGTCAAGTTCAACAAACCCTTTGTCTTCTTAATGATTGAA
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*Note: Each data point represents one experimental replicate with statistically significant editing above sequencing error

Baseline E342K  Allele 

MZ Primary Human Hepatocytes*

Editing at E342K site

Negligible In Vitro Cis Off-Target Editing Observed for KRRO-110 in 
MZ Hepatocytes

KRRO-110 uptake
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Endogenous site: AJUBAEndogenous site: COG Endogenous site: COPA

Note: KB-7102 -Target: Rab7; KB-7657 – Target SERPINA1
Ref: Edits on serotonin receptor lead to 24 different isoforms: Brenda Bass et. al. Nature Comm. 2011; 2: 319.; COG & COPA are edited by ADAR2 primarily. Tenen, D. J. et. al. Blood 2023; 141; 3078,
AJUBA is edited by ADAR1 only, Jin Billy Li et. al. Nature Comm. 2021;12: 2165

KRRO-110 does not impact editing of natural ADAR sites
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RNA Editing in NSG-PiZ mouse

Achieved >50% Editing in Human Transgenic Mouse Model of Z Genotype with a 
Single Dose

Study design

Week 9
Results
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* Positive control human serum inhibits the human neutrophil elastase

Achieved greater than 60uM total AAT protein and 45uM of M-AAT levels at 
week 13

Week 1 Week 13 Week 13

NSG-PiZ mouse functional AAT concentrationSerum human-AAT concentration
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Editing De Novo Adenosine on SERPINA1 to Elucidate Editing in NHP’s

>98% homology 
of human ADAR 
and cyno ADAR

SERPINA1 transcript A

A

Utility in PiZ mouse and in NHPs
Edited protein detected

Surrogate target site to induce 
amino acid change for KB-1494-GVT1

(different construct with similar chemistry)

Utility in PiZ mouse
Edited (M-AAT) protein detected

E342K target site for
KRRO-110
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2mg/kg (single dose)

Surrogate Target Site: SERPINA1
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Editing at Surrogate Target Site in AATD Mouse Model Translated to Higher 
Species
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KRRO-110 Has Potential for Best-in-Class Profile for AATD Patients 

✓ Achieved AAT levels 
between MM and MZ in 
rodents as early as 
Week 1

✓ Secreted functional AAT 
and inhibits neutrophil 
elastase

✓ Rapid reduction in 
Z-aggregates and 
Z-AAT protein

✓ No off-target effect 
observed to date

✓ No effect on endogenous 
ADAR activity observed 
to date

✓ Well tolerated in non-GLP 
safety studies (mice, NHP)

✓ Ability to edit in human cells

✓ Translation to NHP with 
surrogate oligo

Preclinical data package supports goal to submit regulatory filing in 2H 2024 and enable FIH study

Translation to higher speciesSafetyEfficacy
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Disrupting protein-to-
protein interactions Increasing protein expression / half-life

Modulating 
ion channels

Changing electrical activity within ion 
channels to within physiological levels

Preventing 
protein aggregation

Disrupting aggregation of pathogenic protein 
yet maintaining downstream function

Single amino acid 
changes can have 
a dramatic effect 

on disease biology

Creating De Novo  Protein Variants to Modulate Protein Function
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Thank you to the entire Korro team
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