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Forward-Looking Statements
This presentation may contain forward-looking statements. Forward-looking statements are neither historical facts nor
assurances of future performance. Instead, they are based on our current beliefs, expectations and assumptions regarding the
future of our business, future plans and strategies, our development plans, our clinical results and other future conditions. All
statements other than statements of historical facts contained in this presentation, including statements regarding our future
financial or business performance, conditions, plans, prospects, trends or strategies and other financial and business matters;
our current and prospective product candidates, planned clinical trials and preclinical activities, including timing related to such
trials and expected results, research and development costs, current and prospective collaborations; the estimated size of the
market for our product candidates, the timing and success of our development and commercialization of our anticipated
product candidates; and the availability of alternative therapies for our target market. New risks and uncertainties may emerge
from time to time, and it is not possible to predict all risks and uncertainties. Except as required by applicable law, we do not
plan to publicly update or revise any forward-looking statements contained herein, whether as a result of any new information,
future events, changed circumstances or otherwise. Although we believe the expectations reflected in such forward-looking
statements are reasonable, we can give no assurance that such expectations will prove to be correct. Accordingly, readers are
cautioned not to place undue reliance on these forward-looking statements. No representations or warranties (expressed or
implied) are made about the accuracy of any such forward-looking statements. Certain information contained in this
presentation relates to or is based on studies, publications, surveys and other data obtained from third-party sources and our
own internal estimates and research. While we believe these third-party sources to be reliable as of the date of this
presentation, we have not independently verified, and make 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 has not been verified by
any independent source.
Rubius recommends that investors independently evaluate specific investments and strategies. For further information
regarding these risks, uncertainties and other factors, you should read the “Risk Factors” section of our Quarterly Report on
Form 10-Q filed for the period ended September 30, 2018, and subsequent filings with the Securities and Exchange
Commission.
This presentation may contain tradenames, trademarks or servicemarks of other companies. Rubius does not intend the use
or display of other parties’ tradenames, trademarks or servicemarks to imply a relationship with, or endorsement or
sponsorship of, these other parties.
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Red Cell Therapeutics™
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The Promise of Red Cell Therapeutics™:
Highly Potent, Allogeneic and Off-the-Shelf
RED PLATFORM®
EARLY
PROGENITOR
CELLS

SINGLE
HEALTHY
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EXPANSION &
DIFFERENTIATION

GENETIC
ENGINEERING

ENUCLEATION &
MATURATION

100-1000’s
OF DOSES

Red Cell Therapeutic (RCT) dose expected to be <1% of normal red cell volume
42 days of storage stability data and counting*
*as of Feb. 28, 2019
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RED PLATFORM® Enables Multiple Modalities
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Building a Broad and Diverse Pipeline
PRODUCT
CATEGORY

PATIENT POPULATION

CANDIDATE

PRECLINICAL

50,000+

RTX-134

Phenylketonuria

100,000+

RTX-Uricase

Refractory gout

2,000-4,000

RTX-CBS

Homocystinuria

20,000+

RTX-OxOx

Hyperoxaluria

100,000+

RTX-240
(formerly RTX-212)

10,000+

RTX-240

R/R AML Post HSCT

100,000+

RTX-224

R/R aPD1 Solid Tumors

10,000+

RTX-aAPC (HPV+)

R/R HPV+ Solid Tumors

Antigen Dependent

Tumor Targeting

Antigen Dependent

RTX-T1D

Type 1 Diabetes

Antigen Independent

RTX-PV

Pemphigus Vulgaris

IND ENABLING

IND SUBMISSION

PHASE 1

IND Filed

RARE
DISEASES

CANCER

AUTOIMMUNE
DISEASES

R/R aPD1 Solid Tumors

IND Filing Expected
by Early ‘20

Heme tumors

Four to five INDs in rare diseases, cancer and autoimmune diseases planned across 2019 and 2020
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Initial Clinical Data Expected in 2H’19 from Part 1 of in
PKURTX-134 Phase 1b/2a Clinical Trial
PART 1: Single-dose administration
• Preliminary safety
• Longevity of cells in circulation
• Production of trans-cinnamic acid as
biomarker of MOA
HIGH-LEVEL
CLINICAL TRIAL
OBJECTIVES

• Preliminary dose and schedule
PART 2: Multi-dose administration
• Safety
• Efficacy – magnitude of reduction in
phenylalanine
• Dose and schedule optimization
IND on File with FDA
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A New Era in Cellular Medicine
CLINICAL-STAGE ON THE IMMEDIATE HORIZON
• Filed IND for RTX-134 in
phenylketonuria
• Initial clinical data expected in
2H’19

• Growing oncology pipeline
• First oncology IND filing planned
for RTX-240 by early 2020
• Preclinical oncology data to be
presented at AACR on April 2nd

4-5 INDs planned during 2019 and 2020

STRONG
FINANCIAL
POSITION

• $408.9 million in cash and investments as of September 30, 2018
• Cash runway further extended into 2021
⎯ Up to $75 million in debt financing as of December 21, 2018
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