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Presentation 

 

Ashida: I am Shin Ashida of JCR Pharmaceuticals Co., Ltd. Thank you very much for your interest in today's 
Financial Results Briefing for the Second Quarter of the Fiscal Year Ending March 2021.  

At today's briefing session, each person in charge will provide an overview of The Results for the First Half of 
the Period Ending March 2021 and explain the status of R&D. I would like to discuss a license agreement for 
a drug for lysosomal disease. 

At the financial results briefing held in May of this year, I stated that we expect to be able to sign a contract 
during the first half of the fiscal year. However, with the difficulty of negotiating face-to-face due to the 
COVID-19 pandemic, negotiations have not progressed as much as we had originally expected. 

In addition, as I will expand upon later, this also affected our discussions with AstraZeneca regarding the 
domestic production of COVID-19 vaccine Bulk. Unfortunately, as a result, we were unable to conclude a 
contract by the end of September. 

This has led to us revising our earnings forecasts. I would like to deeply apologize for any inconvenience to 
investors. 

In R&D, JR-141, JR-171 and other new drug developments are progressing on schedule. We applied for 
marketing authorization for JR-141 in Japan at the end of September. The process in Brazil is also making 
steady progress toward filing for marketing approval this year. In addition, we are approaching the start of 
Phase 3 clinical trial globally. Regarding JR-171, a global clinical Phase 1/2 trial was accepted in July and a 
clinical trial was also accepted in Brazil in October. Following this, we will proceed with clinical trials in the US 
and elsewhere. 

Since the development of these new drugs is proceeding very smoothly, we expect to conclude a license 
agreement for drugs for the treatment of lysosomal disease during the current term. 

Next, I would like to talk about the discussions with AstraZeneca regarding domestic production of COVID-19 
vaccine Bulk. As we have already announced, we are discussing the domestic contract manufacturing of the 
coronavirus vaccine bulk currently under development by AstraZeneca, which uses an adenoviral vector. 

Regarding production of this vaccine bulk, it seems that AstraZeneca recognizes the high levels of skill that 
our Company possesses in the areas of biopharmaceutical manufacturing and genetic therapy. Using these 
technologies, we are making concerted efforts throughout the Company to ensure a stable supply of this 
vaccine in Japan as quickly as possible. When an official decision has been reached, we will rapidly begin 
production of the vaccine material. 

In order to supply this vaccine, we also plan to work with Medipal Holdings, which is able to provide the social 
infrastructure support necessary for the stable supply of pharmaceutical products. Economic activities, due 
to the impact of the COVID-19 pandemic, are moving toward recovery; but the threat of the spread of 
infection has not yet resolved. We will strive to bring about an early end to this pandemic and continue to do 
what we can to contribute to people's health. 

Due to the effect of COVID-19, in the first half of this fiscal year, several unexpected events have taken place. 
Shifts in the timing of licensing agreements and discussions over production of vaccine bulk, were both 
impossible to predict in advance. However, all R&D activities, including development of lysosomal disease 
treatment, have been steady. We are working to enhance our R&D structure to further promote the 
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development of gene therapies for the future. We are also considering expanding our manufacturing facilities, 
which will be responsible for the commercial production of new drugs in the future. I would like to ask for the 
continued understanding and support of our investors. 

Haguchi: This is Akihiro Haguchi, Head of the Administrative Division. I would like to report on the summary 
of Results for the Second Quarter of the Fiscal Year Ending March 2021. First, please refer to the comparison 
with the initial forecasts. 

Net sales decreased 24% compared to the initial forecast. As a result, we recorded sales of JPY10.95 billion. 
This was mainly due to the fact that although sales of pharmaceuticals, such as GROWJCET® and TEMCELL saw 
higher sales than were initially forecast, contract revenue that was due in the second quarter has been carried 
forward to the third quarter or later. This is due to the difficulty of conducting face-to-face negotiations as a 
result of the COVID-19 pandemic. 

In terms of profits, selling, general and administrative expenses, including R&D expenses, decreased 
compared to the forecast due to the streamlining of operations and other factors. Operating income, ordinary 
income, and quarterly net income all fell short of the initial forecast due to the impact of the decrease in net 
sales. 

Development of JR-141 and other treatments for lysosome diseases is progressing well. Regarding out-
licensing agreements, as agreements are expected during the fiscal year under review, the Company has not 
revised its full-year earnings forecasts. 
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Next, we will look at a comparison with the previous fiscal year. On this page, the figures for the second 
quarter and the YoY comparison are shown from the center to the left, and progress against the full-year 
forecast is shown on the right. 

Net sales decreased 24% compared to the initial forecast, but only 2.5% compared to the previous fiscal year. 
The cost of sales ratio rose 3.5%, to 32.1%, mainly due to a decrease in contract revenue. Gross profit 
decreased 7.8%, to JPY7.4 billion. 

On the other hand, selling general and administrative expenses declined 2.3% to JPY3.7 billion, as a result of 
efforts to improve operational efficiency, including responses to the coronavirus pandemic. R&D expenses 
declined 26% to JPY2.4 billion in the fiscal year under review, as payments to ArmaGen were recorded in the 
previous fiscal year. 

Although net sales declined, we were able to secure an increase of more than 30% in operating income, 
ordinary income, and quarterly net income. As I mentioned earlier, there is no change to the full-year forecast. 
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Next, we will see a breakdown of net sales. On this page, with regard to the breakdown of net sales, the 
comparison with the previous year is shown from the center to the left, and the progress against the full-year 
forecast is shown on the right. 

Although there were NHI drug price revisions in April of this year, due to an increase in sales volume, sales of 
GROWJECT®, the growth hormone formulation, treatment for renal anemia and Agalsidase Beta BS, a 
treatment for Fabry disease, both increased compared with the previous fiscal year. 

With regard to drugs for the treatment for renal anemia, sales of Darbepoetin Alfa BS, which was launched in 
November last year, were favorable. As a result, total sales with Epoetin Alfa BS increased 49% compared with 
the previous fiscal year. 

Revenue for TEMCELL® was down 48% due to the effects of supply restrictions implemented to ensure 
inventory. However, total sales of TEMCELL® products increased 6.9% from the previous period to JPY10.94 
billion. 

On the other hand, as I mentioned at the beginning, contract revenue, which had been anticipated in the 
second quarter, has been carried over to the third quarter or later. As a result, total net sales were JPY10.95 
billion, down 2.5% YoY.  
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Next, the balance sheet. There are two main themes in the second quarter of this fiscal year. 

First, we have accumulated cash on hand in response to the COVID-19 pandemic. As a result, cash and deposits 
and borrowings each increased by approximately JPY9 billion. To date, the only effect of coronavirus has been 
on lysosomal disease drug negotiations. Other areas, such as production, research, and sales have not been 
adversely affected. However, amid increasing uncertainty about the outlook for the global economy, and with 
our focus on global expansion, we have increased our cash on hand. 

The second point is the booking of patent rights. In conjunction with the consolidation of ArmaGen in April of 
this year, JPY3.1 billion of patents have been recorded. As a result, total assets increased by JPY11.9 billion 
from the previous fiscal year-end to JPY59.7 billion. The equity ratio declined 11.8 percentage points to 54.8%.  
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Finally, cash flow.  

Net cash provided by operating activities was JPY4.2 billion, an increase of JPY1.2 billion from the previous 
fiscal year. 

Net cash used in investing activities amounted to JPY4.4 billion due to capital expenditures and the acquisition 
of patent rights. 

Cash flows from financing activities, on the other hand, resulted in an inflow of JPY8.8 billion as the Company 
borrowed funds to increase cash on hand. 

As a result, cash and cash equivalents at the end of September were JPY19.5 billion, an increase of 
approximately JPY9.6 billion from the end of the previous fiscal year. Thank you very much for your attention. 
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Tanizawa: This is Kazunori Tanizawa of the Development Division. I would like to report on the progress of 
R&D. 

This is the development pipeline. Green colors indicate the lysosomal disease treatments, purple colors 
indicate protein preparations, and orange colors indicate regenerative medical products. 
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The highlights of the news releases for R&D are shown. On July 31, the Phase 1/2 Japan clinical trial for JR-171 
was accepted. In August, we officially decided to expand our business into Brazil. On the 29th of September, 
we submitted an application for marketing authorization for JR-141. 
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Here, I would like to explain the status of JR-141 development. Of the lysosomal diseases shown here, those 
shown in red are the diseases currently being tackled by JCR. 
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Of these, we are currently developing JR-141 for mucopolysaccharidosis type II, or Hunter Syndrome. 
Mucopolysaccharidosis type II is an X-linked recessive disorder caused by a deficiency in iduronate-2-sulfatase, 
as shown here. 

Heparan sulfate and dermatan sulfate accumulate in bodily tissues, including those of the central nervous 
system leading to a variety of clinical conditions. 
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In Hunter Syndrome, two-thirds of patients are said to have intellectual disability. These patients with central 
nervous system disease have a significantly reduced QOL. The lack of current treatment methods is a major 
unmet medical need, and JCR is working to resolve this issue through the development of JR-141. 

To do this, we have focused our attention on reducing the levels of accumulated heparan sulfate in the brain 
tissue. The rationale is that this direct approach will reduce, will lead to improvement in central nervous 
system symptoms. 



 
 

 

13 
 

 

 

The international nonpropiretary name for JR-141 is Pabinafusp alfa. JR-141 consists of a J-Brain Cargo® 
component, which is an anti-human transferrin antibody, and two IDS enzyme molecules. 

JR-141 binds to the transferrin receptors expressed on the endodermal cells lining cerebral capillaries. They 
then move through the cells and into the brain tissue crossing the blood-brain barrier. 
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The development of JR-141 has been ongoing for 15 years. However, as you can see, we started Phase 1/2 
trial in 2017. We recognize that we are now able to file for marketing approval in 2020, which is a very short 
development period. We recognize that this is the result of the extremely high expectations of patients and 
doctors. 
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The results of non-clinical tests are shown here. As the details have been published, I will omit them here. 
However, it can be confirmed that JR-141 passes through the blood-brain barrier and is incorporated into the 
neuronal tissues of the brain. 
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In this case, a decrease in heparan sulfate was confirmed in knockout mice. The effect is visible, both in the 
brain, and in the CSF. As you can see, there is a dose-dependent decrease in heparan sulfate. 

In addition, we can see that the decrease of substrate in the brain, and the decrease of substrate in the CSF, 
are very well correlated. 

What this data implies is that the decline in heparan sulfate in CSF, which has been confirmed in clinical trials, 
represents a decline in the accumulation in the brain. 
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Phase 3 trial have already been completed, and many patients are currently receiving JR-141 in the ongoing 
302 trial. 

The primary endpoint is cerebrospinal fluid, heparan sulfate concentration. Secondary endpoints include 
developmental evaluation, blood and urine heparan sulfate, and dermatan sulfate concentrations, and six-
minute walk distance. Twenty-eight patients from 19 facilities nationwide participated. 
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First, this graph shows CSF heparan sulfate concentration at the start of the study. 

As you can see in this figure, we show baseline data for patients with orange dots, mild symptoms, and blue 
dots, severe symptoms. 

As you can see, the orange dots are gathered in the lower part, and there is a cut-off value that separates the 
attenuated type from the severe type. The cut-off figure is approximately 4,000 nanograms per milliliter. In 
this study, we demonstrated that heparan sulfate in CSF correlates well with disease severity. 
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Next, we show how the value has changed after treatment. Squares represent the severe type, and circles 
represent the attenuated type. 

In both cases, the concentration of heparan sulfate declined at 25 and 52 weeks, eventually falling to around 
the 2,000 level. I think this can be said to be a sufficiently attenuated type level. 
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In this study, we are also evaluating age equivalent score. In the chart on the left, the blue line at the top 
represents patients with attenuated type. As a result of treatment for 52 weeks, an increase in the age of 
development close to 12 months has been recognized, and the result is that normal development has been 
recognized. 

The line below that is the data for severe patients under three years of age. As can be seen, an increase in the 
age of development was recognized after 12 months of treatment. 

Those aged three years or older are characterized by a reduced developmental age at the start of the study. 
In this group, developmental age is maintained over the treatment period. 
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Since JR-141 is an enzyme replacement therapy, it is extremely important to evaluate the whole body. We 
have shown here the changes in heparan sulfate and dermatan sulfate concentrations in the blood. 

The graphs at the top show patients who have switched to 141. Those below show the data for patients who 
are treatment-naïve. As you can see, in the example of switching, you can see that both HS and DS in the 
blood are stable. As for new cases, the concentration rapidly decreased with administration and is maintained 
thereafter as expected. 

In addition, we are reviewing secondary endpoints, and we believe that JR-141 is expected to be as effective 
as existing enzyme replenishment therapy for systemic symptom. 
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I would now like to move on to the results of trials in Brazil. 

The study in Brazil was characterized by the examination of three doses: one, two and four milligrams per 
kilogram. This study also evaluates the developmental and evaluates biomarkers in cerebrospinal fluid and 
blood and urinalysis. 



 
 

 

23 
 

 

The results from the Brazil trial are similar to those from the Japan trial I presented earlier. The CSF heparan 
sulfate concentration decreased in all cases that received two milligram or four milligram doses. 
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This shows the dermatan sulfate concentration in the blood. 

It is known that dermatan sulfate is very closely related to systemic symptoms, so it is very important to look 
at this marker. As with the results in Japan, we confirmed stable in patients switching treatment, and decrease 
in treatment-naïve patients. 
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This slide is very important. Information on changes in subjects in both the Japanese study and the Brazilian 
study has been collected from the investigators in charge of the study and is summarized here. 

As can be viewed, various improvements are recognized in terms of language, expressions, and movement. 
In particular, I would like to draw your attention to the linguistic aspect. I have heard that there has been 
increase in vocabulary, increase in comprehension, and improved ability to understand verbal instructions. In 
Brazil, communication in sentence has been reported. 

However, these reports are subjective. In addition to this data, we also need objective indicators in order to 
discuss efficacy in clinical trials. 

We are, therefore, using scores, such as the Bayley-III score, which we have implemented elsewhere, or the 
Vineland score to measure behavioral changes. 

The results include improvements in the language and communication sub-domains of the Vineland score. So, 
we have also been able to demonstrate objective improvements in behavior. 
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So far, I have summarized the details of the clinical trials that I have described. No severe adverse events 
related to JR-141 administration have been identified in previous studies. In addition, we believe that the 
efficacy against the central nervous system diseases and indications has been confirmed. 

As the drug is intravenously administered, it is easy to switch from existing, similar treatments. 

As we have consistently demonstrated from non-clinical trials, these clinical trials also seems to show the 
validity of measuring CSF heparan sulfate concentration as a surrogate for substrate concentration in brain 
tissue.  

An application for the drug was submitted for marketing authorization in September. It has been designated 
as a pioneer, sakigake, treatment. So, if the application proceeds as expected, we expect approval to be 
obtained in March next year. I think this is a world first. 
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Now, let me explain the whole picture of the development situation. 

Japan is as I just explained. For Brazil, we also plan to file an application for marketing approval this year. In 
parallel with this, we plan to conduct Phase 3 clinical trial globally. 
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From this slide, I would like to describe the global Phase 3 clinical trial currently planned. 

The three areas where this is scheduled to be implemented are the U.S., Brazil, and Europe. The objective of 
the study is to show the efficacy of the treatment against the central nervous system and systemic symptoms. 

One of the characteristics of the trial is that we have set up two groups of patients. Also, the control group 
will be composed of patients receiving the standard treatment. We plan to recruit approximately 50 patients 
for this trial. 

The primary endpoints are CSF heparan sulfate concentration, CNS symptoms, and systemic symptoms. 
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This is an outline of the trial. 

For Cohort A, we will be recruiting subjects aged three to six years of age with severe type. Since this disease 
is characterized by a gradual deterioration of the central nervous system symptoms, we have set a two-year 
assessment period for Cohort A. 

However, many experts have expressed their ethical concerns regarding the continuation of standard 
treatment for two years, which is not expected to be effective for central nervous system disease. To resolve 
this issue, we have set the following points in this study: after 52 weeks, if certain criteria are met, the group 
will be switched to receive JR-141. 

Cohort B is an analysis for one year. Therefore, as you can see, based on the results of the one-year analysis 
in Cohort B, and the results of the interim analysis in Cohort A, it may be possible to submit an application 
based on interim data. 
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I mentioned the status of the application in Japan earlier. In Brazil, we plan to apply for marketing approval in 
2020. If the application proceeds as expected, it is expected that approval will be obtained in May 2021.  
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This slide is an explanation of JR-171, which we are currently developing. 

JR-171 is a treatment for type I mucopolysaccharidosis. There are currently no effective treatments for the 
central nervous system effects of this disease, so there is a clear unmet medical need. We have submitted 
trial notices in July 2020 in Japan, and in October in Brazil. We intend to proceed with recruitment in the near 
future. 
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This shows the stages of drugs that JCR is developing for lysosomal disease. 

We plan to develop JR-441 for mucopolysaccharidosis type IIIA as shown on the right. Within the next three 
years, we also aim to conduct clinical trials of JR-162 for Pompe disease, JR-443 for mucopolysaccharidosis 
type VII, and JR-446 for mucopolysaccharidosis type IIIB. 
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The timeline is shown here. As I mentioned earlier, with regard to JR-441, we are aiming to commence trials 
in 2022. 
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Clinical trials are also underway in the growth hormone field. In 2020, we completed Phase 1 clinical trials for 
JR-142 and long-acting growth-hormone formulations. We are currently in discussions with the authorities 
and specialists in preparation for the start of Phase 2 trials next year. 

This is a project for expanding the indications for GROWJECT®, JR-401X, SHOX deficiency disorders. We have 
completed registration in June of this year too, so we would like to apply as planned as soon as we get the 
data. Regarding regenerative medicine development, JTR-161 is being developed jointly with Teijin Limited. 
In addition, we are progressing well in the final stage of recruitment with a trial for JR-031HIE, a drug 
developed in-house for treatment of neonatal hypoxic-ischemic encephalopathy. 

This concludes my presentation on the progress of drug development in the areas of lysosomal disease, 
protein preparations, and regenerative medicine. Thank you very much. 

[END] 

______________ 
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Disclaimer 
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believes to be reliable, but the accuracy of this transcript is not guaranteed by us and this transcript does not 
purport to be a complete or error-free statement or summary of the available data. Accordingly, SCRIPTS Asia 
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information contained in this event transcript. This event transcript is published solely for information 
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offer to buy any security in any jurisdiction where such an offer or solicitation would be illegal. 

In the public meetings and conference calls upon which SCRIPTS Asia’s event transcripts are based, companies 
may make projections or other forward-looking statements regarding a variety of matters. Such forward-
looking statements are based upon current expectations and involve risks and uncertainties. Actual results 
may differ materially from those stated in any forward-looking statement based on a number of important 
factors and risks, which are more specifically identified in the applicable company’s most recent public 
securities filings. Although the companies may indicate and believe that the assumptions underlying the 
forward-looking statements are accurate and reasonable, any of the assumptions could prove inaccurate or 
incorrect and, therefore, there can be no assurance that the anticipated outcome described in any forward-
looking statements will be realized. 
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DECISIONS. THIS EVENT TRANSCRIPT IS PROVIDED ON AN "AS IS" BASIS. SCRIPTS ASIA DISCLAIMS ANY AND 
ALL EXPRESS OR IMPLIED WARRANTIES, INCLUDING, BUT NOT LIMITED TO, ANY WARRANTIES OF 
MERCHANTABILITY OR FITNESS FOR A PARTICULAR PURPOSE OR USE, FREEDOM FROM BUGS, SOFTWARE 
ERRORS OR DEFECTS, AND ACCURACY, COMPLETENESS, AND NON-INFRINGEMENT. 

 

 


