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Presentation

Moderator: Thank you very much for your patience. We will now begin the meeting on FY2022 results and
new midterm business plan of JCR Pharmaceuticals Co., Ltd.

First, we'd like to explain the language settings for those who are attending through the web. Please select
off or Japanese or English, from the interpreting icon at the bottom of your Zoom window.

Before we begin, we'd like to remind you of a few important points. In this presentation, we may make
forward-looking statements based on our current expectations, all of which are subject to risks and
uncertainties. However, investors should be aware thatual results may differ materially from those
discussed in the forwartboking statements.

The presentation and the materials here today are intended to provide shareholders, investors, and the press
with information about our business. The information of our products on the market and in the pipeline is not
intended for the purpose of advertigj or medical advice. This meeting is being recorded for the purpose of
posting on our website. Please note that some of the presenters may speak while wearing a mask during
presentation.

First of all, I would like to introduce today's speakers.

From the right, Shin Ashida, Representative Director, Chairman, President, and CEO; Toru Ashida, Senior Vice
President, Executive Director, Sales Division; Mathias Schmidt, Vice President, Clinical Development, he is
joining remotely from the US; HiroyuRbnoda, Vice President, Executive Director, Research Division.

In the back row from the left, Yoh Ito, Senior Corporate Officer, Executive Director, Corporate Strategy
Division; Yutaka Honda, Senior Corporate Officer, Executive Director Administration Division; and Yoshihiro
Ohta, Director, Accounting Development, Maygment Division.

Next, I'd like to explain the materials we will use todakie materials have been posted on our website at
16:00 on May 11. If you need the materials at hand, please refer to them. The materials will also be distributed
at the venue. Please raise your hand if you don't have one.

Let me explain the flow of today's briefing. Today's meeting will last two hours, including the Q&A session.
Questions will be taken after all the presentations have been completed. The Q&A session is expected to last
approximately one hour.

Now, Mr. Shin Ashida, President and the CEO, would like to make a few remarks.

Shin AshidaGood afternoon, ladies and gentlemen. Thank you for your attendance. My name is Ashida of
JCR Pharma. | would like to take this opportunity to thank you for your continued understanding and support
for our company.

In today's financial results briefing session, each of our officers in charge will report on the financial results
for the fiscal year ending March 31, 2023, as well as our research and development activities, and also explain
our new midterm business plaiRReach Beyond Together, which we have newly formulated.

During the past midterm plan period, we have achieved stable growth and produced many positive results. In
particular, the world's first successful commercializationBfain Cargo was a major achievement for us. This
achievement was made possible enlyrdbecause of our strength in R&D and manufacturing. We are one of
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the few companies in Japan that can handle the entire process of pharmaceuticals, from research to
manufacturing, in an integrated fashion. We are using this modalityBrhih Cargo to further promote
research and development for rare diseases centeredysosomal storage diseases. We will also use this
modality to further promote research and development for rare diseases with respect to innovative protein
products and gene therapies.

We are committed to providing as many patients and families as possible with medicines with features that
only JCR can offer, which we believe is our mission. In a newearemidterm business plan, we will
strengthen various initiatives to secure a s@management foundation and maximize our corporate value.

In the previous fiscal year, the production of AstraZeneca's vaccine bulk drug substance was completed as
planned, which combined with the decrease in revenue from the contract, led to a decline in both revenue
and earnings. On the other hand, we initiateegotiations for a global alliance for lysosomal disease drug and
sought to expand our modality licensing, amongst others. We have been engaging in a number of negotiations
for a variety of agreements.

As a result, in October, we signed an agreement with MEDIPAL for the global commercializatiorrafaultra
disease. In March, we signed a global research collaboration agreement with Alexion, the rare disease division
of AstraZeneca for the treatment ofnrodegenerative diseases. In addition, as we put out a press release
yesterday, we signed an agreement with Angelini for the development of an epilepsy drug utilizir8raimr J

Cargo technology. We will continue to invest actively in research and geweltt, which replace the core of

our company in the current fiscal year and beyond.

We are also working on a new drug for the treatment of Sanfilippo Syndrome type A4 WdRich is
expected to enter the clinical stage as soon. Preparations for the clinical stagelé6 Jiext year are also
steadily progressing. In addition, as witheXion and Angelini, we will continue to proactively pursue
opportunities to license out theBrain Cargo technology to other companies.

In what we call our company's second founding phase that we're in right now, as an attempt to nurture the
next generation of global leaders, we have started a training program called the JCR Academy. We will
continue to be more proactive than ever in oufaets to develop talents for the Company, so we will continue

to constantly challenge ourselves to create new value. We look forward to your continued understanding and
support. Thank you very much for your attention.

Moderator: Now, Mr. Ohta will now give an overview of the financial results.

Ohta: My name is Ohta from the accounting department. | would like to give you the overview of the financial
results of FY2022.
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Copyright © 2023 JCR Pharmaceuticals Co:; LtdwAllrightsiresenveds Financial 1

As Ashida mentioned earlier, there was the completion of the contract revenue. Because of the bulk solution
manufacturers, there was the YoY decrease in sales profit. Net sales was JPY34,343 billion. That was 32.8%
minus from the previous year. Operatimgcome was JPY4,975 billion, minus 75%. The operating income was
JPY5,418 billion. That was minus 73.6% YoY. Net profit was JPY3,772 billion. That was minus 74% from the
previous year. We made some revisions of the forecast in March, and these numbevasistent with those

mostly.

As for the major products, regarding IZCARGO, there was an increase YoY, but GROWJECT, as well as the rer
anemia drug sales showed a decrease YoY because of the NHI price reduction. C&A showed a decrease Yo
thanks to the various cost reduction measurakhough there was the decline in the personnel cost due to

the decline of the increase of the number of employees. The R&D expenses increased from previous year due
to steady progress.
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Next page shows details about those humb&a.the right hand, there are the reasons of changes. Mostly, |
have already given the explanation, but regarding the R&D, around the middle, there was the JPY8.8 hillion.
That was the 27% increase from the previous year. At the bottom and regarding theitR&3 before the
deduction of the share of the joint development partner. This year, it was JPY9.4 billion, that was increased
by 23% this year. We have been making active investments on R&D.
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Now, regarding the sales breakdown for each product. GROWJECT, minus 5.3% from the previous year and
the reasons of changes are shown on the right. There was the NHI price revision of minus 8.1%. That resulted
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in the negative 5.3% growth of the project. Then, for the IZCARGO, 70 cases started the prescription. Because
of that, there was an increase of JPY1.424 billion. That was the 47% increase over previous year.
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Regarding the renal anemia drugs, for the Darbepoetin, there was the reduction of the NHI price by 12.3%,
and that resulted in the negative growth. Also, regarding the contract revenue, and there was a negotiation

delay and that resulted in the negativeY3Phillion. Also, there was a termination of batch solution production
of AZD1222 as planned, and there was a major impact from that.
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Now, let me show you the sales of different products for your reference. The orange shows the total of sales
of products, and the blue shows the contract money. The orange part, the sales of products are increasing
steadily as you see.
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Copyright © 2023 JCR Pharmaceuticals Co., LtdwAllrightsiresenveds
Next page, please. Next, | would like to explain the fiscal status.

Assets totaled JPY94,937 billion, down JPY2.196 billion YoY. For current assets, reduction by JPY14.385 billion
Cash and cash equivalents were down by JPY17.454 billion. We will take a look at cash flow statements, and |
will provide the details further o this. Regarding fixed assets, it was up by JPY12.188 billion YoY. The main
reasons are as follows: first tangible fixed assets were up by JPY5.8 billion YoY. Kobe Science Park, a new plan
was inaugurated, and that was the main reason. Equities ofadédfiliwere up by JPY6.71 billion. Last year, a
Taiwanese company, Mycenax, we made an equity investment in that company last year. That's the main
reason behind this. Because of this, assets total were down by JPY2.196 billion YoY.

Regarding liabilities, JPY42.054 billion YoY, reduction by JPY35.762 billion. The main reasons for decrease are
unpaid corporate taxes, down by JPY5.8 billion. That is the main reason. Now, for this last fiscal year, profit
was posted. At the end of lags€al year, unpaid corporate taxes were posted, and they were paid this year.
Thus, it was shut down. On the other hand, borrowings, we took out borrowings. As a result, borrowings
increased by JPY4.7 billion YoY. Equity capital, JPY51.089 billionP¥i 1324 billion YoY. Profit was posted

at JPY3.772 billion and dividend payment of JPY2.74 billion, as a result, increase of JPY1.324 hillion. Now as to
the equity ratio, 54.2%. It's up by 2.4% YoY.
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As | said earlier, cash and cash equivalents, it was down by JPY17 billion, and that's because operating cash
flow was down by JPY5.5 billion YoY. The main factors behind that include corporate tax payment JPY8.27
billion, that is the biggest factor behirttie reduction in operating cash flow. Cash flow from investment
activities, expenditure of JPY15 billion. For that, as | said, affiliates equities, acquisition of share of Mycenax
in Taiwan, a cash out of JPY6.7 billion, and CapEx, JPY8.56 billionpeaslitwe. Because of that, a total
expenditure of JPY15 billion from investment cash flow.

Now, as for cash flow finances, borrowings of JPY4.7 billion were taken, a total of positive JPY1.98 billion. As
a result, the total came to JPY13.2 billion, and depreciation and CapEx numbers are also given as a reference.
For depreciation, it was JPY188ion, on par with last fiscal year and CapEXx, after subtracting subsidies, it is
flat YoY, JPY4.33 billion. Depreciation correction was 1.997, almost the same as last fiscal year.

Support
Japan 050.5212.7790 North America  1.800.674.8375 — SCR' PTS
Tollfree 0120966.744 EmailSupport  support@scriptsasia.com " Asia’s Mesfings, Globally

10



ST 2024FE3HH FAB)\ A5/ h

xLE : 36,90085M (RIRALE + 7.4%)
EXf4E : 5,60085H (RRALE +12.5%)
EEFE : 5,20085H (FRLE A 4.0%)

ASHBEECRRIS

SRl : 3,800 (FIMALL + 0.7%)
" EHERFLEOBRAMISSLU, BRRZOSSSRAHCHIT, BROBINEEIET.

s an AZN—T o FSBEMER TP — R B AT 0TS 3> £ BA.
(202453 A50) . HO9STINRDTFALIC LB IMERS SUSMRGE (A5.1%) ORFBEMDAL,
SHANSSHOXREMECH S BESILANIEEN 31, BEBMN 57 LEAORBEAS

BT,

- BUHEMARRGEESENML. BN RIAD.
+ SAEIABENOBN IR Z L. 22HIEINAS, 10085 AZRIAT,

m fR5E- —AREIRE (IS SHEaIAALLEE RIAG—75 T, J0-) ULERERERERDES #3213 T
RRFMARBEOSSLZRIMLLIEINE RAD,
o HRSS-—RYEEE A 3.2%
- HARRRE +10.2%

Copyright © 2023 JCR Pharmaceuticals Co:; LtduAllrightsresenveds Financial 8

Next, let me give you the forecast highlight for the year ending March 2024.

As for sales revenue, we are expecting a 7.4% increase YoY at JPY36.9 billion. For operating income, we are
expecting 12.5 percentage points increase YoY to be JPY5.6 billion, and recurring income or ordinary income,
down 4% YoY at JPY5.2 billion. Net mneaf JPY3.8 billion, which is up 0.7% YoY. Now, sales of the main
products are expected to be robust and in negotiating contracts, we would like to say that the chances of
having successful closure of these contracts are quite high.

Through that, we would like to seek to increase sales. Regarding IZCARGO, this fiscal year, we are starting a
co-promotion with Sumitomo Pharma. Regarding GROWJECT, because of the declining birth rate, the market
is shrinking and price revision of 5.1%egk factors are reflected. Renal anemia therapies, shipments are
expected to increase, so we are forecasting an increase in revenue from that.

We would like to proactively engage with our licensing businesses. Revenue from licensing contracts are
expected to be JPY8.1 billion. Regarding SG&A, we are expecting it to decrease YoY. On the other hand, due
to progress made in global clinical studies R&D expenses, we are looking to invest more in R&D expenses.
R&D expenses are expected to rise. These are the highlights in terms of numbers.
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On the righthand side, the impacts, the factors are noted. As | may be repeating, for revenue, up JPY2.5 billion.
With the increase in revenue, the cost of sales will increase. For operating income, down JPY1.4 billion and
R&D expenses will increase by 8B7 million YoY. Operating income altogether will increase by JPY624 million
to be JPY5.6 billion. As to the impact on ordinary income, we acquired a share of Mycenax in Taiwan through
third-party allotment. There is going to be a loss under equity law.

Ordinary income is expected to go down by JPY218 million YoY. With that, net income of JPY3.8 billion. R&D,
after subtracting the partner's share, JPY11.7 billion is the number that we are forecasting. YoY, that's an
increase by JPY2.219 billion, up 23.#%6s is a reflection of our very proactive engagement in R&D and how

we are being quite active in investing in R&D.
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Let me give you the forecast for each of the products.

AAAAA

Dwh2 W9/ ¢d Wt mMnddp oAfftAZ2y 2F alftSa A& SELSOGSRO !
price revision. That is the main factor. On the other hand, for IZCARGO, the revenue expected is JPY1.2 billion,
an increase by JPY771 million Yiedf.renal anemia therapies in total, revenue of JPY5.4 billion increased by
JPY703 million YoY. TEMCELL, JPY3.1 billion sales, down by JPY304 million YoY. That is our forecast no
Agalsidase Beta, JPY1.6 billion, up by JPY635 million YoY. With thesgedophiairmaceutical products,
JPY26.2 billion, increased by JPY444 million YoY.

As for revenue from agreements, JPY8.1 billion, other revenue, JPY2.6 billion. Other revenue of JPY2.6 billion
includes contract manufacturing. With all of others, total revenue expected is JPY36.9 billion. That's to be up
by JPY2.556 billion YoY. Theseaur plans.
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Copyright © 2023 JCR Pharmaceuticals Cos; LtdsAllrightsireserveds ~ Financial 11
Next, | would like to explain IZCARGO prescription. Toru Ashida will explain that.

Toru AshidaToru Ashida, Senior Vice President, Executive Director. | will explain IZCARGO and its status of
prescriptions.

Since its launch, market penetration has progressed faster than we had expected, mainly among patients with
apparent needs for IZCARGO administration as simplified by severe cases, young cases, and new cases. By th
end of March 2023, the cumulative numbef cases reached 77, and the number of administered cases 64,
reaching a patient share of nearly 50% of the estimated domestic market in less than two years after the
launch. In order to further expand subscriptions and deliver this product to a broadienp population, we

need to approach patients who have not yet received administration. We have come to that stage.
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JJC2  Progress on JR-141 (JR-141-GS31) @ ISR x

IZCARGO® (Brand name in Japan)
pabinafusp alfa: BBB-penetrating iduronate-2-sulfatase (rDNA origin)

Objective : JR-141-GS31

1. To demonstrate the significant efficacy of JR-141 on CNS signs
and symptoms in MPS-Il subjects relative to standard ERT. a

JR-141 is expected to have superior activity on neurologic signs and _
symptoms of MPS-II by reducing substrate in the brain. 3

2. To demonstrate control of somatic signs and symptoms by JR-141 > s

that is comparable to standard ERT.

JR-141 is expected to control somatic symptoms and biomarkers
comparable to standard ERT (even though some improved symptom
control may be seen due to dual uptake mechanism by JR-141)

Bl Pharmacotherapy
Disease burden

————————EE f ess 33

As will be explained in the following R&D report, there are patients with mild disease who are exhibiting
cognitive development, functional decline, and1¥R has been shown to provide benefits to these patients.
Due to the characteristics of IZCARG®fitt the patients with severe type or CNS symptoms of parent would
benefit from the product. The current challenge is to get the message across to the patients who are
categorized as mild cases with solid data to support this message.

In MPSII, there's no onesizefit-all approach in providing the necessary information. That is because patient
backgrounds are quite diverse. We have to look at them one by one. We're required to approach these
patients' background and health care profiesgls who support the treatment with care. In order to do so,

well, for TEMCELL, we have 1,000 MRs, for IZCARGO, GROWJECT, for each product, we have introduced
specific promotional structure. For MRISIZCARGO 1,000 MRs will be assigned throughcart JBy so doing,

we will be able to better provide information in line with the needs of doctors and patients.

From April 24 onwards, we are we have initiatedpcomotion with Sumitomo Pharma. Since Sumitomo
Pharma is well recognized in lysosomal diseases, they have made a great contribution as a partner. In addition,
we have established a special relationshiphw®umitomo Pharma for more than 20 years, including the co
promotion of growth hormone therapies in the past and the recent transfer of sales of Agalsidase Beta BS.

The synergy between our lysosomal products and Sumitomo Pharma sales force is supported by the previous
year's sales of Agalsidase, so collaboration with Sumitomo Pharma works with our approach to clinicians and
patients and provide more information on IZERGO. We expect more prescriptions to be delivered as a result.

That concludes my presentation. Thank you.
Moderator: Now, Mr. Sonoda will report on R&D highlights.

Sonoda Hello, everybody. My name is Sonoda, I'm in charge of R&D. I'd like to talk about the highlights of
research and development.
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First, since last year, in October last year, these are the topics that we've seen. Because of the time limitation,
I'd like to just explain the major ones later on. | will talk about the two things that is the progress of research
and development and upeoing development schedule. The first, R&D products. There are three topics, the
lysosome or the LSD therapeutics, other diseases, and also the application of various modalities.

First, LSD and IR 1, IZCARGO. As you know, this is the first product that we applieeBita@nJCargo. In

Japan, we received the approval in 2021. Globally, this is in Phase Il right now. In Japan and Brazil, there are
many cases that received this phact. The capacity or the features of the IZCARGO andBhnaid Cargo is

now getting apparent. | would like to talk about that.

JXJS3 JR-141 Long-term results® (presented at WORLDSymposium™ 2023)

IZCARGO® (Brand name in Japan)
pabinafusp alfa: BBB-penetrating iduronate-2-sulfatase (rDNA origin)

chIﬁ;ifchJI:tv;;th Efﬂli%%@{??sﬁ;v;siummzoz3 presentation BBB: Blood-brain barrier
giugliani-16-9-poster-05b.pd
e
-
Sibling 1' Idursulfase N/A
® Sibling 1 received idursulfase and had a Sibling 2 ENENEES JR-141
neurodevelopment course similar to the N |
natural history of severe ° G ma
mucopolysaccharidosis type II. S fg il : g:g:::g ; development
® Sibling 2 received pabinafusp alfa and *2 = 60 - Trajectories in the
continued on a normal neurodevelopment 9 £ natural history data?
; s c 48 ' Y
trajectory. 2 S g5
® In patients with neuronopathic qg,g’ 24 —
mucopolysaccharidosis type II , age- o 12 -
equivalent score typically declines by age 5. & 0
1 1 1T T 1T T T 1 1
0 12 24 36 48 60 72 84 96 108

Chronologlcal age (months)

2 Sibling case report supports importance of early treatment W|th BBB-penetrant

enzyme replacement therapy for patients with mucopolysaccharidosis type II
siness 5

The graph shown here from the presentation that was made at the world symposibat is the largest
conference of LSD. This is the case of siblings. Both of them had LSD. The graph shows the development of
these two siblings, the sibling one is the eldere. Green is the younger brother. Unfortunately, the older
brother was not able to enjoy the benefit of IZCARGO because of the age and Sibling two received IZCARGO
from some point. The red line shows the normal development. That means that when théscial years

old, and if the development age is two, that is on the red line. That means that the development below this
red line shows the delay of the development. The blue one is the older one. Sibling one shows a similar
development as the natural hory data of this MPS II. Sibling two, that is the younger browser, the
development shows normal development.

In the past, usually for MPS 1, there is a decline of development by age five. In this case, the older brother
didn't have any delays shown. This means that IZCARGGBrath Xargo is making a lot of benefit for the
patients to receive the benefit of thdrug. This shows that when the drug is administered at this early point,
the patients can enjoy the benefit of the drug from the earlier point of view.
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I ———————
XJS= JR-141 Long-term results@ (Presented at WORLDSymposium™ 2023)

IZCARGO® (Brand name in Japan)
pabinafusp alfa: BBB-penetrating iduronate-2-sulfatase (rDNA origin)

Please follow the link provided below
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> Data suggests drug efficacy of JR-141 for CNS symptoms in attenuated patients with
cognitive impairment. CNS: central nervous system

siness 6

The second one are the milder cases. The horizontal axis is the chronological age, and the development is in
the vertical axis. One line shows one patient. In this case, the mild cases also show some delay of development.
If IZCARGO is used for such patiethere is a possibility that there will be the recovery of development for

the patients. In the past, for the severe cases, they suffered from brain damage, and there is a delay of
development. It was also said that for the milder cases, there is nb that damage or the delay of
development. That was not the case. There are some caskkcasesthat show the delay.

Recently, there is a change in the way of thinking that mild cases will develop some severe symptoms at some
point in the future. There will be some damage of the brain or there is a damage of the development at some
point. It's important to administer thelrug before such patients show such the delay of development. The
drug that crosses BBB would be very important to be administered at an earlier point.
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XZS2  Progress on JR-171
JR-171 lepunafusp alfa: BBB-penetrating a-L-iduronidase (rDNA origin)

a Design of Global Phase 1/2 Clinical Trial (JR-171-101)

¢ Apr. 2023: Dosing has been completed and data analysis is ongoing

| Part 1 N=4 I Part 2 N=14 or more
v 18 years or older v 0(years or oldlilr N g :
v No or mild intellectual disability 2 years or older in the United States
(o] [0] B2 EE . sitwsisiumes
4 weeks Randomized allocation 12 weeks

" I 1
High :
I High dose

- ki
dose Safety Evaluation

Part 1 | Part 2
‘ Primary endpoint Safety
Secondary and exploratory -Plasma drug concentration, pharmacokinetic parameters
endpoints -Exploratory efficacy on central nervous and systemic signs and symptoms
[ Geography Japan-Brazil ’ Japan-Brazil-USA
| Clinical trials identifier clinicaltrials.gov NCT04227600

1ess 7

The next topic is about the JR1. This is MRPBor the Halo syndrome.

JR-171 lepunafusp alfa: BBB-penetrating a-L-iduronidase (rDNA origin)
O Summary of Global Phase 1/2 Clinical Trial (JR-171-101)

All
7000
E
2 5000 1 — Low dose(n=6)
i 5000 - = High dose(n=8)
o
= 4000 A
S 4
§ 3000 -
2
g 2000 -
8
%) 1000 - : ;
I CSF : cerebrospinal fluid
HS : heparan sulfate
Baseline Week 13

2 Reduction of CSF biomarker was observed in all patients
Mss

The Phase /1l study is under the data analysis space. The administration has been completed. In this case,
there is aPart OneandPart Two PartOneis a 4week dosing and Pafitwois a 12week dosing with the high

and low doses. The results are shown here. This is the CSF; the concentration shows the heparan sulfate in
the CSF. All patients showed the decline of the heparan sulfate consultation in CSF. Fdritheagfin, this

is not a brain that the peripheral tissues, there is an effect on periplissues.
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XJS2 JR-171 Ph1/2 Clinical trial results@ (Presented at WORLDSymposium™ 2023)

JR-171 lepunafusp alfa: BBB-penetrating a-L-iduronidase (rDNA origin)

a Summary of Global Phase 1/2 Clinical Trial (JR-171-101) e

w—— High dose (n=7)
Serum heparan sulfate Serum dermatan sulfate High dose;

40 laronidase-naive (n=1)
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®In a laronidase-naive patient, serum and urine baseline data are for reference due to suspicion of heparin contamination

2> In both laronidase-naive and treated patients, HS and DS concentrations
in urine and serum decreased from baseline to week 13 DS : dermatan sulfate

————————E i ess O

On the top one, the serum, the bottom two graphs show the urine consideration. On the left side is the
heparan sulfate and on the right side, the dermatan sulfate. Those are the major, the serum and urine.

Please take a look at the cases where the patients are switched from the traditional cases or the treatment
naive cases. In both cases, there is a very good decline of the concentration of these compounds in terms of
the biomarker level.

XPS2 JR-171 Ph1/2 Clinical trial results® (Presented at WORLDSymposium™ 2023)

JR-171 lepunafusp alfa: BBB-penetrating a-L-iduronidase (rDNA origin)
O Summary of Global Phase 1/2 Clinical Trial (JR-171-101)

> Improvements observed in Phase 1/2

(m) (%) ()
- -r -

Language Motor Other domains
— Expression and — Gait — Obstructive sleep apnea
communication — Ability to climb stairs — Concentration
— Comprehension — Shoulder and knee joints — Attention to environment
— livelier, longer, and more — Limb and finger strength — Mood
focused conversations — Social interactions

Ms 10

In addition to the biomarkers, there are improvements reported, such as the language, the motor skills, the
concentration, and the focus, the conversation, as well as the communication capacity, and attention.
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B o —————
XJS2 JR-441 Preclinical Validation® (Presented at WORLDSymposium™ 2023)

m BBB-penetrating heparan N-sulfatase (rDNA origin)

* JR-441 dose-dependently decreased HS concentrations in CSF and brain
+ Both JR-441 and rhSGSH decreased HS concentrations in serum and peripheral tissues

Brain Serum
3_ 20 E 30
wnEe & ]
29 15 - i x> g .20
z 3 £ E 20
28 10 5515 -
£8 | T 10
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@ » & % P W bt
= $\ \l‘o (Q - ;;:g:y‘ r:\;somscssm.
B 2 e thSGSH: recombinant human
JR-441 i JR-441 e S Mg

> BBB-penetrant enzyme replacement therapy is also important
for mucopolysaccharidosis type IIIA (Sanfilippo A Syndrome)
o1

Now, let me talk about the 3BR41. This is in the nonclinical stage product, this is the Sanfilippo A or the MPS
llIA treatment. For this product, we have the results of the PK in mouth, as well as the monkey data for the
brain penetration. In the first nmath, the results. On the left side is the brain on the right side is the serum. In
the graph from the left, wild type, so the normal mouse. There is no accumulation of the heparan sulfate. The
graph shows the level of the heparan sulfate.

T
XJC=  JR-441 Preclinical Validation® (Presented at WORLDSymposium™ 2023)

m BBB-penetrating heparan N-sulfatase (rDNA origin)
Biodistribution of JR-441 in the CNS of Cynomolgus Monkeys

0.4 uJR-441, 8 hr
2 JR-441, 24 hr
i urhSGSH, 8 hr JR-441
2z
o8
<3
& p
8 -
é 0.1 ‘ - Neuronal cells
‘ (Purkinje cells)
rhSGSH _
oML MM MU
& & $ 2 .
O\od\o @‘&\\o 0\‘&0 o\ééb : )
e@d & Q;\Qé> &’bo !
€ \}Qb

> JR-441 was distributed across various regions of the brain
5s 12

The second one from the left knockout control. That is the disease model. Against such disease models, the
pink bar shows the 3841, and also far right is the normal enzyme which do not penetrate into the brain. In
the case of serum on the right side, wény type, there is a decline of the substrate, the heparan sulfate. On
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the left side on the brain only, #1 penetrated BBB shows the decline of the results. This is the data from
the Cynomolgus Monkey.

On the left side, after the administration, the brain was taken out, and the drug concentration was measured.
On the far right, the red side is the section was made of the brain and the immunostaining was done to see
the location of the drug. The pink shewhe JRI41, and the green is the normal enzyme. On the left graph,
the higher bar, longer bar shows the higher concentration or that's better. For 8 hours and 24 hours later after
the dosing, good concentration of the-dR1 is observed. The efficacy dam expected. As for the normal
enzyme, a very little level.

On the right side, immunostaining data, on the top is theldR the monkey, and the bottom is the monkey
received a normal enzyme. The red arrow shows the Purkinje cells in the cerebellum. On the top, you see the
outline of the cells in brown, and the dwn part means that JB41 is present. In the case of the normal
enzyme, there is no such staining. That means that there is no such enzyme. We were able to confirm the
data in mouse, as well as Cynomolgus monkey, thddRpenetrates the brain and isdated it in the brain.

The clinical trial will start shortly for the-3R1, and we have high hopes for this drug.

e ———
JJC2  Our responsibility for Ultra-Rare Diseases

v A particularly small group of patients with LSDs

“Creation of new therapeutics” and “System for providing global patients”
Contribution to Ultra-rare arena made possible by JCR,
a leading company of creating innovative LSD therapeutics.

S ecs 13

Now, so far, | have talked about the three products. Those are the rare disease therapies. The number of
patients is only about several thousand. Among the LSD, there are someanéirdiseases. The number of
patients is much lower than that. The numlmrpatients is so low, such as the several hundred in the world,

in such cases, well, there are some researchers in that academia. However, for the pharmaceutical companies,
it may be difficult to work on those. We want to develop drugs for such diseasdsye have been working

on that. We have been thinking of doing something for that.
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XJCS2  Global Approach to Ultra-Rare Diseases

Oct. 2022 : Signed an agreement with MEDIPAL HOLDINGS for the global commercialization of biotherapeutics ultra-rare diseases

> Granting of exclusive negotiation rights for the global commercialization of four ultra rare diseases.
> Conclusion of licensing agreement for global commercialization of JR-471 (Therapeutics for Fucosidosis)

%~ w MEDIPAL HOLDINGS CORPORATION .) \JCR

A Pharmaceuticals
» On the distribution of pharmaceuticals %‘

Long-standing know-how and + Expertise in biopharmaceuticals

knowledge

« R&D in the rare disease arena

The two companies have built and maintained a good relationship for many years
+ 2016: The two companies developed an Ultra-Low Cold Chain System for the TEMCELL®
» 2017: Strengthen Business and Capital Alliance with MEDIPAL HOLDINGS

—M&s 14

In October last year, we made an announcement with MEDIPAL HOLDINGS. We decided to work on the global
development of other rare diseases. This is a very good contractor for us. More than that, this is quite good
news for patients of such diseases. MEDIRBLDINGS has the distribution knbew, and we have the elite
expertise. Using those, we would like to deliver the drug for the other rare disease patients.

JJC=  Application for CNS Diseases other than LSDs®

2 Mar. 2023 : Concluded research collaboration, option and license agreement with Alexion
to develop the treatment using J-Brain Cargo® for neurodegenerative disease

ALEXION s NJICR

. Ph tical
AstraZeneca Rare Disease y zn wil

The first international partnership to apply the J-Brain Cargo® technology

for the treatment of a neurodegenerative disease.

Mss 16

Second is the other diseases other than LSD. In March, we made the announcement. First is the contract with
Alexion. Our-Brain Cargo technology is to be used for the treatment of the neurodegenerative diseases, and
we made some license agreements. Werahd disclose the actual content, but we have the technology to
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penetrate the BBB. Alexion has the knbew about the neurodegenerative diseases. We would like to take
advantage of those.

R ———
XISz Application for CNS Diseases other than LSDs®@

> May 2023 : Concluded an agreement of global collaboration for the development and
commercialization of novel biologic therapies in epilepsy

Angelini g% JCS
Pharma ":‘ )A Pharmaceuticals

9

v' Epilepsy is thought to affect more than 50 million people worldwide*
v" JCR will also be eligible to receive additional payments of up to US$505.5 million upon reaching

development and commercial milestones, as well as tiered royalties on post-approval net sales.
*WHO, https://bit.ly/3VvsC5E

————EC f ess 17

Another one, yesterday, we made an announcement that this is an agreement with Angelini Line, which we
announced yesterday. This is the development of the-apiiepsy drug. As you know, epilepsy is a very
serious disease. If we can have the developménhe treatment of epilepsy, which is refractory, that will be
quite the epochmaking things. We would like to deliver the meaningful significant therapy for that.
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JJS2  Application to Various Modalities

7> Mar. 2023 : Achievement of preclinical proof-of-concept milestone using J-Brain Cargo®
technology for LSD in gene therapy collaboration with Takeda

Oligonucleotide Ta ke da
(ASO, siRNA) Delivery

Ogrmd

l',l

LNP (mRNA, low- )A Pharmaceuticals

molecular compound)
Delivery

Enzymes and
Proteins Delivery

Applicability of the J-Brain Cargo®

I Gene/Cell therapy

technology for gene therapies

———SUSNESS 1o

Lastly, that you talk about the modalities other than enzymes. In March 2022, we had the R&D explanation
meeting, and the left diagram is the same one as that. We have Pentagon, and there are five things. For this
year, we have the POC in animal, all af¢h five modalities. On the bottom, it says the gene cell therapy. For
the gene therapy, we started the collaboration with Takeda in March 2022, and we have achieved the
nonclinical POC in March this year. In LSD, we do the development ourselves artietakeri¢al POC and

prove that. For other modalities and other disease areas, we don't have enough resource to cover both. Going
forward, also, we would like to work on the different modalities in collaboration with other partners.
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JJS=  JCR's LSD Pipeline comprises 17 Programs applied J-Brain Cargo®

Approved
Global (Hurler, etc)

MPS lIIA MPS llIB
JR-162 Pompe @ (ko) l JR-446 (SanfilippoB) l
Cllnical :

-443 MPS Vil GM2 Gangliosidosis I Fucosidosis 2 ]
Prdlils

PoCin I Niemann-Pick | I Latenmintis’ Tenz) = GM1 Gangliosidosis ]

model mouse |

Gaucher | | a-Mannosidosis I | MLD |

BaS|C s T *1 Conclusion of exclusive collaboration and license agreement in Global specific regions with TAKEDA
Galactosialidosis *2 Conclusion of licensing agreement for global commercialization of with MEDIPAL HOLDINGS
research "3 ing of Exclusive Negotiation Rights for Global Commercialization Targeting Ultra-Rare Diseases with
MEDIPAL HOLDINGS

—————————————GUE ess 21

Now, let me talk about the development schedule. This shows the LSD pipeline usirigréie Cargo, and

there are 17 programs. On the bottom is the basic research and going up later in the R&D stages. As you see,
there are so many pipeline products. Rtrose within our company, we are working on research and
development. For some of these products, we also do joint work with others. For the LSD, we will continue to
focus on that going forward. Therefore, the global development, we will collaborate witipanies which

have the capability to do that, so that a clinical study can start as soon as possible.

T
XY= Development Portfolio

* Updated
Code Indication Status Next Milestones Remarks
[I] Approved - *  SAKIGAKE/ Orphan Drug
MPS type II »  Conclusion of exclusive collaboration and license
JR-141 ~FY2027 . ; 2 :
Hunter Syndrome < 3 agreement in Global specific regions with TAKEDA
( Y ) @ Phase 3 Approval in US, EU, Brazil | | US: Orphan Drug/ Fast Track/ RPDD
EU: Orphan Drug/ PRIME/
= MPS type I : US: Orphan Drug/ Fast Track
JR-171 (Hurler Syndrome etc.) @ Phase 1/2 (Under Analysis) FY2024 Phase 3 x EU: Orphan Drug
. MPS type IIIA - . )
JR-441 (SanfilippoiAlSyndrome) Preclinical FY2023 Phase1/2 EU: Orphan Drug
MPS type IIIB -
JR-446 (Sanfilippo B Syndrome) Preclinical FY2024 Phasel/2 %
JR-479 aieieangliogdogs Preclinical ~FY2025 Phasel

(Sandhoff, Tay-Sachs disease)

+  Conclusion of a contract on the Granting of Exclusive
JR-471 Fucosidosis Process Development - Negotiation Rights for Global Commercialization with
MEDIPAL HOLDINGS

JR-162 Pompe disease Preclinical

JR-443 MPS type VII (Sly Syndrome) Preclinical

JR-401X SHOX deficiency [®]| Filed - . Expanded indication of GROWJECT®

JR-142 Pediatric growth hormone deficiency [® ]| Phase 2 (Analysis Completed) FY2023 Phase 3 +  Recombinant long-acting Growth Hormone
- Hypoxic ischemic encephalopathy in y ~ 3 P ®

JR-031HIE | /' tes [@]| Phase 1/2 (Under Analysis) Expanded indication of TEMCELL

—————————G S ess 22

This is the last slide. This shows the whole pipeline of the R&D. The next milestone column is the next
important actions in the schedule. This shows when the clinical stage will start. As | mentioned4die JR
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we'll start the Phase /1l study shortly. That is the third product for us. Just like 141 and 171, we would like to
show the usefulness of theBrain Cargo, as well as the efficacy of 441.

That is all from me. Thank you very much.
Moderator:[ S Qa RA a O didrra budirfess plghSQwer 16 §oR to, an.
Ito: My name is Ito. I'm responsible for corporate strategy. Let me discuss Reach Beyond Together, our new

midterm business plan. There may be some overlaps with the presentations already made, but | look forward
to your attention.

I Top message AR

We have provided society with pharmaceuticals featuring new mechanisms available for the
first time anywhere in the world such as TEMCELL® and IZCARGO®. Our J-Brain Cargo®
technology, which we have established and focused on developing further, will enable us to
provide patients around the world with drugs that can be expected to have significant
benefits for diseases that were previously untreatable.

JCR is now one of the few companies in Japan that can operate the entire process of
biopharmaceuticals, from research through to manufacturing, and is focusing on further
accelerating R&D for rare diseases, particularly Lysosomal Storage Diseases. We will also
greatly expand the scope of R&D while cooperating with partners. Through developments
such as innovative protein drugs and gene therapy, we will deliver "medicines that can only
be made by JCR" for as many patients as possible and their families.

During the upcoming second foundation, we will make aggressive investments in R&D in
order to continue generating new value with pharmaceuticals that have been developed in

Japan for the first time in the world.
Shin Ashida
Representative Director, Chairman, Z'
President, CEO and COO

The first slide is the message from our President or Chairman. | would like to read it.

We have provided society with pharmaceuticals featuring new mechanisms available for the first time
anywhere in the world, such as TEMCELL and IZCARGOBmum Largo technology, which we have
established and focused on developing further. It will erald to provide patients around the world with

drugs that can be expected to have significant benefits for diseases that were previously untreatable. JCR is
now one of the few companies in Japan that can operate the entire process of biopharmaceutisals fro
research through manufacturing and is focusing on further accelerating R&D for rare diseases, particularly
LSDs.

We will also greatly expand to the scope of R&D while cooperating with partners through development of
products, such as innovative protein drugs and gene therapies. We will deliver medicines that can only be
made by JCR for as many patients as possibileenfamilies. During the upcoming second foundation, SAGE,
we will make aggressive investments in R&D in order to continue generating new value with pharmaceuticals
that have been developed in Japan for the first time in the world. This is the cohtnitwould like to cover.
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I Our Credo P =

Having built foundational “R&D” and

“Manufacturing” capabilities, we can

deliver value only JCR can provide to
patients with rare diseases and their

families.
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Next slide, pleasédur credo or our vision, let me convey this to you. The picture on thdéaftl side is the

LSD patient and their family. We have our own unigue R&D capability and manufacturing capabilities; we
would like to combine them. Even if the disease is very oandtra-rare for the patient and their family, we
would like to provide what only JCR can make and provide. That's what we're going to continue to pursue.

| Positioning of Midterm Business Plan for FY2023-2027 AR

Corporate Contributing towards people’s healthcare
Philosophy through pharmaceutical products.

Based on the strengths we have developed through
“HIYAKU (Leap Into the Future)” and “REVOLUTION,”

we aim to become a research-oriented specialty pharma
with global exposure during the FY2023-2027 period.

Research-
oriented

specialty pharma
with global
exposure

Reach
Beyond,
. Together

[Who JCR wants to be]
Be an ally to individuals with rare

H IYAKU diseases, focusing on innovation
Founding A Demonstrated research capabilities to “only JCR can provide.”
deliver innovation e
< 3 o Create “medicines that can only be made
Demonstrated biomanufacturing technologies by JCR” through innovative drug creation
with high added-value platform technologies

Constructed a stable business foundation

Next, | would like to explain the position of our new midterm business plan, contributing to people's health
care through pharmaceutical products. That's our corporate philosophy and Reach Beyond Together, with this
plan, well, before we had HIYAKU and QEVTION, the strength that we have developed through past
midterm business plans, we will strengthen them and try to achieve the vision.
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| summary of “REVOLUTION": Our Growth AR

JCR has achieved continuous growth through strategic investment to realize new
added value for society, based on a robust management base.

HIYAKU REVOLUTION
1st year 2nd year Last year Guidance
FY2015 FY2019 FY2020 FY2021 FY2022 (Target for FY2022)
Net sales
2 17.4 247 30.0 51.0 34.3 32.0to 36.0
Operating income
% bion) 2.1 3.2 8.2 19.9 4.9 7.0 to 10.0

R bend®s | o) | ez | 53(17.8%) | 7.1(14.0%) | 8.8(256%) | Approx.20%

(¥ billion) (to sales)

Capital investment
(¥ bilion) 12 5.2 3.9 10.6 8.0 -
Employees 526 667 732 817 879 -

(Consolidated)

Dividend payout

s 39.2% 36.8% 21.5% 18.8% 65.9% Approx. 30%

Now, before | get into the new midterm business plan, | would like to provide a recap or summary of the
midterm business plan for FY2020 to FY2022 revolution. To look at the numbers first. The final year of this
plan, FY2022, second from the right, revend®Y34.3 billion; operating income, JPY4.9 billion; R&D
expenditure, JPY 8.8 hillion.

Now, prior to that, there was HIYAKU. If you could look at the final year of HIYAKU FY2019, net sales JPY24.7
billion; operating income, JPY3.2 billion, R&D expenditure, JPY5.9 billion. You can see how we have grown
from HIYAKU revolution. On the far rigtite guidance as of FY2022 is given. As for net sales, we have achieved
our guidance. Unfortunately, for the operating income, we have fallen short.

However, have a look at R&D expenditure, it's 25.6% of the sales. It has far exceeded the guidance of 20%.
R&D expenditure, if it's added on to the income, JPY13.7 billion in FY2022. Our final year of HIYAKU prior to
REVOLUTION, it was JPY9.1 billionfilgtgear of [Hinkaku], JPY13 billion, so we overachieved the numbers.
For the past three years, what have been the topics in year two, FY2021, AstraZeneca vaccine was
commissioned, and there was sales of JPY14.4 billion, JPY51 billion of sales, atmdpecene of JPY19.1

billion, which were record highs.
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I Review of “REVOLUTION”: Six Important Accomplishments

_}%JCR

Key imperatives

Qualitative and quantitative
reorganization of the quality
assurance system

Action for sustainable growth
of the sales of our products

Expansion of basic research
activities

Evaluation and implementation
of further capital investment
for manufacturing and
research

Product strategy planning
including evidence generation

Transformation of operations
and organizations along with
human resource development

Accomplishments

Remodeled QA system from research to manufacturing—Analytical R&D center
Improved data integrity—Introduction of LIMS

GROWJECT®—Developed Melon Nikki™ app for improving treatment adherence
Developed fully-automated electric injector and novel device development

Generated 17 drug candidates for Lysosomal Storage Diseases
Applied J-Brain Cargo® to various modalities—partnered with multiple companies
AlliedCel, a joint venture to realize the social implementation of regenerative medicine and cell therapy

Expanded DS/DP capacity, enabling multiple developments in parallel
— Expanded research center, Kobe Science Park Center
— Established collaboration with Mycenax Biotech Inc. through equity participation

Communicated the value of J-Brain Cargo® technology via conferences and publications
Sales forces specialized in pediatric field
Transferred marketing rights for Agalsidase Beta BS to Sumitomo Pharma

Optimized organizational efficiency, started global development, and created international footprints.
Established JCR Academy to nurture next-generation leaders with global perspective
Implemented state-of-the-art IT infrastructure to improve productivity

Reformed workplace policies

Under REVOLUTION, there were six management imperatives. One, qualitative, quantitative reorganization
of quality assurance system for this within the R&D group. Analytical R&D center was newly established. From
research to commercialization, we have remteld our Q&A system. Regarding sustainable growth,
GROWUJECT was firmly established. In growth hormone therapy, we became number two, we solidified our
position. Melon Nikki application software and new devices were also developed. In terms of the exciting
basic research activities;Bfain Cargo was applied to broader applications, and we have had a number of
agreements, which | will touch upon later.

Capital investment, manufacturing research, and capacity increase was our challenge. Kobe Science Park
Center, the DS Center, was newly built, and we also have collaboration with CDO in Taiwan, Mycenax Biotech,
it's now an equity law affiliate. Regardingoguct strategy planning, including evidence generation, we have
accumulated evidence with respect td3dain Cargo, and we have transferred marketing rights for Agalsidase
Beta BS to Sumitomo Pharma to derive greater efficiencies in our sales acfivaiesiormation of operations

and organizations for human resource development, we have established JCR Academy to foster a new
generation of leaders with global perspectives.
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| Achievements of “REVOLUTION” and Its Significance AT

Achievements Significance for the future

Entering development stage of JR-443, JR-446, JR-479, JR-471
Launch of IZCARGO?, the world's first-ever BBB penetrating type ERT, in Japan
Agreement with Takeda for joint development and business development of JR-141
Agreement with Takeda for joint R&D and license of gene therapy, milestone = HA &
J-Brain Cargo® achievement for gene therapy L App“cablhty of J-Brain
technology Agreement with Medipal Holdings on Ultra Four project (four ultra-rare lysosomal Cargo® to various
storage diseases) .
® Out-licensing of J-Brain Cargo® to Alexion, AstraZeneca Rare Disease (Alexion), disease areas

Angelini, and Sumitomo Pharma . : .
® Foundation of licensing

Realization of

Strategic CAPEX and revenue from partnering
demonstration of ® Investment in Mycenax, CDMO in Taiwan
prominent ® Completion of Kobe Science Park Center Strategy
biomanufacturing @ Completion of the AstraZeneca COVID-19 ine drug sub prod ® SUpply chain

capability

construction towards

R g global standard
I—_ (2018) manufacturing

R for ® Realization of our
global expansion P o SeRDO gIoba.Il_zat_lon based on
BRASIL (2020) subsidiaries

Global distribution hub in
Luxembourg

Next slide, please. What are the achievements under REVOLUTION?

A commercialization of brain cargo technology, we launched this cargo. For JR141, we have an agreement
with Takeda for joint development and business development. With Takeda as well, we now have agreement
for joint R&D and licensing of gene therapy, nibeg achievement for gene therapy. In March, the nonclinical
milestone was met. With MEDIPAL HOLDINGS, we have an agreement for Ultra Four projectrareultra
LSDs.

For licensing out ofBrain Cargo, we have agreements with Alexion, AstraZeneca, rare disease, Angelini, and
Sumitomo Pharma. Strategic CapEx and demonstration of permanent bio manufacturing capabilities, we have
been commissioned by AstraZeneca for viaegroduction, and we have completed that highly evaluated by
AstraZeneca. In terms of founding global expansion, JCR USA, JCR Brazil, and JCR Europe were established.
a distribution hub in Luxembourg, we have set up a center. As to the future sigo#icd these activities,

they are noted on the righbhand side of the slide.

Next, please. To continue, our new midterm business plan between FY2027, Reach Beyond Together. Under
this new plan, we're going to address five initiatives, mainly.
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First one, creation of innovative core technologies. Next, please.

Our own unique technologysBrain Cargo, it penetrates BBB to deliver a drug to the brain. -Brnaird Cargo,

not just one time, there are a number of variations. Lower left, please have a look at the chart. The blue part
is the drug. The top part of th@ould be varied. There are variations to the top part of this. Depending on the
type of drug, we can choose théBjain Cargo variation so that we can best deliver the drug to the brain.
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